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BucHoBok
YIIOBHOBAKEHOI'0 OPraHy 3 JeP:KABHOI OLIHKY MeJIUYHUX TEXHOJIOTIi 3a
CKOPO4YECHOI0 MPOouLeYPoI0: rajicyljbdasa

epowcasna oyinka meOuuHUX MEXHONO02IU 3a CKOPOUEHOI0 NPOoYedyporo 3a 36€PHEHHIM
MO3 Vkpainu nposedena ynoHO8ANCEHUM OP2AHOM 3 0ePHCABHOI OYIHKU MeOUYHUX
MexHoN02Il 8I0N0BIOHO 00 8umoz 11opsaoKy npoeedeHHs 0epiHCaA8HOI OYIHKU MeOUUHUX
mexHono2il, 3ameepodicenoco nocmanosoro Kabinemy Minicmpie Vxpainu 6i0
23.12.2020 Nel300 ma cknadaemocs 3 auaunizy NOPIGHAIbHOI edeKmueHoCmi
(pe3yromamugHocmi), besnexu ma 6naugy Ha 0r0HCem NiKapCbKo20 3ac00y HA OCHOBI
Oanux 3 GIOKpumux odxcepel iHgopmayii. Bucrhosokx ynoenogascenozo opeamny 3
0EepHCABHOT  OYIHKU MEeOUYHUX MEXHONO02I 3ad CKOPOYEHOI Npoyedypor Mdae
pekomenoayiunu xapakxmep. Ilpedcmaeneni 0ani y 8UCHOBKY € AKMYALbHUMU CIMAHOM
Ha 0amy 11020 ni020MmosKU.

1. Indopmanis mnpo gaTy nNpPoOBeeHHS [EeP:KABHOI OHIHKH MeIMYHHUX
TEXHOJIOTIi 32 CKOPOYEHOK MPOUEeAYPOI 3asIBJICHOI0 JIKAPCHKOr0 3aco0y:
25.07.2022, onosnenns 01.09.2022.

VY BignoBige Ha auct MO3 Ykpaiaum Bixg 26.07.2022 Ne 25-01/16746/2-22 ta Bin
08.08.2022 Ne25-01/17921/2-22 wmono BHeceHHd 1H(oOpMallli NOpo AOLUILHICTH
YKJIaJJaHHSI JIOTOBOPIB KEPOBAHOI'O JIOCTYIy YIMOBHOBAXXEHHUM OPraHOM 3 JEp>KaBHOI
OL[IHKM MEAUYHUX TEXHOJOTIM (Iasi - YINOBHOBaXEHUM OpraH) JI0AATKOBO OyIio
MPOBEJCHO aHaJl3 PEeKOMEH/alllil opraHizaliii 3 OIHKK MEIMYHUX TEXHOJOT1 (mani -
OMT) iHmux KpaiH 1moA0 JiKapchbkoro 3aco0y (nani - JI3) rancynedaza (tabauus 4),
MDKHApOJAHOTO JOCBIAY NPOBEACHHA (PapMaKOCKOHOMIYHOro aHanizy mogo JI3
rajicynbdasa.

2. Indopmanis mpo 3asiBJIeHUH JIKAPCbKUI 3aCi0:
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1) naiiMmenyBaHHs1 (mpi3BHILe, iM’d, MO0 O0aTbKOBI) 3asiBHMKA Ta Ha3Ba
BHPOOHUKA JIKAPCHKOIO0 3ac00y:

Cranom Ha 12.08.2022 p. B JlepaBHOMY pEECTpI JIIKAPChKUX 3aCO01B JIKAPChKHI
3aci6 rancynbgasa MpeacTaBIeHui TAKUM TOPTrOBEILHUM HaMEHYBaHHAM: !

HAT'JIA3UM, KoHLEHTpaT AJid po3uuHy A iHpy31i, 1 Mr/mi o 5 ma y ¢iakoHi,
1o 1 ¢akoHy B KapTOHHIM KOpOOIIi.

Bupoonuk - Aunepcoubpekon (FOK) Jlimiten, Benuka bputanis; Berrep ®apma-
@eprirynr 'm6X i1 Ko. KI', Himeyunna; bioMapun [atepuemnn Jlimiten, Ipnanmis.

3asBHUK — bioMapun [ntepuemnn Jlimiten, Ipnanmis.

2) ToproBseJibHA HA3Ba JIKAPCHKOIo 3ac00y:

HAT JIA3UM.

3) MIXKHApOJAHA HeNMATeHTOBaHA Ha3Ba a00 CHHOHIMiYHe HAWMEHYBAHHS:
I"ancynbdaza/Galsulfase.

4) ckiaan JikapcbKoro 3aco0y (airo4i Ta J0NMOMiKHI pe4oBHHH): 1 MJI po3unHYy
MicTuTh | Mr rancynbdaszu; 1 ¢piaakoH MICTUTE 5 MT rajicyiabhasiu.

5) dpopma BUIYCKY: KOHIICHTPAT JJII pO3UUHY JUJIs 1HDY31id.

6) croci0 3acTocyBaHHS JIIKAPCHKOI0 3ac00y:

Ak 1 y pa3i HasgBHOCTI IHIIMX JI30COMAJIbHUX TEHETUYHUX IOPYIICHb, BKpal
BaYKJIMBO, OCOOJIMBO 3a TSKKHUX (hOpM, PO3MOYMHATH JIIKYBAaHHS SKOMOTa paHiie, 10
MOSIBU HEOOOPOTHUX KIIIHIYHUX MPOSBIB 3aXBOPIOBAHHS.

JlixyBanHsi Harnasumowm cirii mpOBOJIUTH MMiJl HATJSIOM JiKapsi, SIKMM Ma€ JTOCBIA
JIKyBaHHS TAIIEHTIB 3 MYKormoJjicaxapuao3zoM VI Ttumy abo I1HIIUMU CHAIKOBUMH
MEeTa0OIIYHIMHU 3aXBOPIOBaHHAMU. Harmasum citijy BBOAUTH y BIANOBIIHUX KITHIYHUX
yMOBax, 3a HasSBHOCTI peaHIMAIlliHOTO OOJaJHaHHS ISl HaJaHHS HEBIIKIAIHOI
MEINYHOI JOTIOMOTH.

PexomennoBana no3a rancynbgasd CTaHOBUTh 1 MI/KT Macu Tila OJMH pa3 Ha
THXKCHBb Y BUTJISIA1 BHYTPIITHBOBEHHOT 1H(DY311 TPOTATOM 4 TOJIUH.

7) indopmainiss Npo HASABHICTH JepP:KABHOI peecTpauii JikapcbKoro 3acody B
Ykpaini:

PIT UA/13183/01/01, tepmin aii - 3 02.01.2019 mo 02.01.2024.

8) ¢apmaxkonoriuna gis Jgikapcbkoro 3acody Ta KO 32 aHATOMO-
TepaneBTUYHO-XIMIYHOI0 KjIacupikanicro:

[ami 3aco0u, MO0 BIUIMBAIOTh HA TPaBHY CHCTEMY Ta METaOOJIYHI TMPOIIECH,
dbepmentu. Kom ATX A16A BOS.

9) moka3aHHs 10 MeIUYHOI0 3aCTOCYBAHHS, 32 SIKMM M10/1aBaJIacH 3asBa:

Jlep>kaBHY OIIIHKY METUYHUX TeXHOJIOT1# (gam - OMT) mpoBeneHo 3a CKOPOUEHOIO
mporeayporo 3a 3sepHeHHIM M O3 Vkpainum, o He rnepeadayae moaaHHs 3asiBU. Y JIHCTI
sgepaerHi MO3 (Bim 09.06.2022 Ne25-01/12931/2-22 Ta Bim 20.06.2022 No25-
01/13739/2-22) 3a3HayeHO HACTYNHE TMOKa3aHHSA: JIIKYBaHHS  TMAI[I€EHTIB 3
mykomnodicaxapunozom VI tuny (gami - MIIC VI tumy).

10) moxka3zaHHsl A0 MEJIUYHOr0 3aCTOCYBAHHSI BIANMOBIAHO 10 iHCTPYKIII 14
MEJAUYHOI0 3aCTOCYBaHHs, 3aTBep:KeH0l MO3, 3a HAsIBHOCTI AepkaBHOI peecTpauii
JIKapChKOro 3aco0y B YKpaiHi:

'http://www.drlz.com.ua/ibp/ddsite.nsf/all/shlz1 ?opendocument&stype=1C1821822C2DEE30C22587760033E22B
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Harnasum 3acTocOBYIOTh JJII JTIOBFOCTPOKOBOI (PEPMEHTHOI 3aMICHOI Teparii
MAalIEHTIB 3 MIATBEPIKEHUM JlarHo30M Mykonomicaxapuaosy VI tuny (MIIC VI
HEJIOCTaTHICTh N-areTuiraiakro3amin-4-cynbdarasu; cuaapom Mapoto — Jlami).

11) indopmanisa npo HAABHICTH MOKA3aHb A0 MEIMYHOI0 3aCTOCYBAHHS
JIKapPCbKOTo 3ac00y /I BUKOPUCTAHHS M/l 4aC HAJAHHSA MeIMYHOI JONOMOIM NP1
CTAaHAX, 10 3a3Ha4YeHi y NPIOPUTETHMX HANPSAMAaX PO3BUTKY cdepH OXOPOHH
310POB 1.

VY nwucti 3BepHeHH1 MO3 3a3HaueHoO, 110 HA BUKOHAHHA MIANMYHKTY 3 MYyHKTY 4
noctanoBu Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300 , a TakoX HIAMYHKTY 5
nyHkty 8 Ilopsiaky mpoBeneHHsI JAEep’KAaBHOI OLIHKM MEAMYHUX TEXHOJIOTH (mami -
[lopsanok), MO3 npocuTh MNPOBECTH JEPKABHY OLIHKY MEIUYHHMX TEXHOJIOTI 3a
CKOPOYEHOIO MPOIEAYPOI0 LI0JI0 JIKAPCHKOro 3aco0y Trancynbda3za 3a MOKa3aHHAM
nikyBanHs naiientiB 3 MIIC VI tumy.

MIIC VI Tuny BKIIOYEHO 10 MepetiKy pimkicHux (opdaHHMX) 3aXBOPIOBAHLZ,
3arBepkeHoro HakazoM MO3 Vkpainu Bing 27.10.2014 Ne 778, 3apeecTpoBaHOr0 B
MinictepcTsi toctuiiii Ykpainu 13 nmucronana 2014 p. 3a Ne 1439/26216.

3. BHCHOBOK YNOBHOBAaKCHOr0 OPraHy INOAO PpPe3yJbTaTiB MNOPiBHAJBHOI
eexTUBHOCTI (Pe3yJbTATUBHOCTI), 0e3neKkH, eeKTUBHOCTI BUTPAT HA JIIKAPChKHUIi
3aci0 Ta aHAJI3y BIUIMBY HA MOKA3HUKH OIOKETY:

1) nani MO0 NPiOPUTETHOCTI 32aXBOPIOBAHHA (CTAHY)

MIIC VI tumy — 1me J130COMHE 3aXBOPIOBAaHHS HAKOMHYECHHS 3 MPOrPECYHOUUM
ypakeHHsIM 0araTb0X CHCTEM, NOB’si3aHe 3 JaediuuroMm apuwicyibdarasu B, o
OpU3BOAUTH O HAKONMHMYEHHA JepMaTaHcyibdary. 3axBOPIOBaHHS MepPEIaEThCs
ayTOCOMHO-PEIECUBHUM IIJISXOM 1 BHUKJIUKaeTbca MyTalisMu B TeHi ARSB,
po3ramioBaHoMy B 5 xpomocomi (5q13-5q14). Tlopinomisuiocs mipo moHasn 130 myTarriid
ARSB, siki cipuuuHSUIH BiICYTHICTh 200 3HMKEHY aKTUBHICTH apuiicynbdarazu B (ASB
a6o  N-amermnramakro3amin  4-cynbdarasu) Ta  MEepEepUBaHHSA  Jerpajarii
nepMaTaHcynb(haTy Ta XOHAPOITUHCYIb(DATY.

3axBOPIOBaHHS MAa€ IIUPOKUN CHEKTP CUMIITOMIB Ta MOXXE MAaTU SK MOBUIHLHO
IPOTrPeCyIOUni, TaK 1 MIBUKO MPOrpecyrounii nepedir. XapakTepHi CKeJIeTHI JUCIIasii:
HU3BKUM 3pICT, MHOXUHHHI JH30CTO3 1 JEreHepaTHBHE 3aXBOPIOBAHHS CYTrio0iB.
[HIBuako mporpecyrodi GOpMU MOXYTh MaTH [OYATOK BiJ HAPOJKEHHS, IMiJABUILEHHS
piBHS TJIIKO3aMIHOTJIKAaHIB y cedi (3a3Bu4aii >100 MKI/Mr KpeaTuHiHy), BaKKUI
MHOXHHHHH JTU30CT03, HU3bKHUI 3pIiCT 1 cMePTh 70 2-T0 abo 3-ro AecaTWiiTh. binmbin
MOBLIRHO TIporpecyroya opma Oyrna onmucaHa K Taka, 1[0 Ma€ Mi3Hii MOYaToK, TOMIpHE
MIABUIIEHHS PIBHS TJIIKO3aMIiHOTIIKaHIB (3a3Buuail <100 MKr/Mr KpeaTuHiHY), JETKUI
MHOXHHHHH TU30CTO3 31 CMEPTIO Ha 4-My ab0 5-My AecATWIITTI. [HII KIIHIYHI 03HAKH
MOXXYTh BKIIOUAaTH 3aXBOPIOBAHHS KIIAMAHIB CepIs, 3HIWKEHHA (QYHKIT JereHb,
rernaToCIICHOMETaNi0, CHHYCHT, CEpeAHId OTHT, BTpaTy CIyXy, alHOe YBl CHI,
MOMYTHIHHSI POTiBKH, 3aXBOPIOBAHHS 3all’ ICTHOTO KaHay, MaXxoBi a00 MYyMKOBI TPUXKI.
Xoya IHTeNeKTyaabHUI 1ePiuuT, K npaBuio, BiacyTHid npu MIIC VI tuny, cumnromu
3 OOKY LIEHTPAJIbHOI HEPBOBOI CUCTEMH MOKYTh BKIIFOYATH KOMITPECIIO IUMHOTO BIAALTY
XpebTa, CHPUYNHEHY HECTAOUTBHICTIO IITMHHOTO BIIUTY XpeOTa, MOTOBIIIEHHS MO3KOBHX

“https://zakon.rada.gov.ua/laws/show/z1439-14#Text
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000JIOHOK Ta/ab0 KICTKOBHH CTEHO3, Tiaporuedanito, aTpodiro 30poBOro HepBa Ta
CainoTy?.

Bianosigno no mixuapoanoi kiacudikamii BOO3 MKX-11 MIIC VI tuny mae xon
5C56.33 (5C56.3Y Other specified mucopolysaccharidosis)*.

3a naHMMM BIAKPUTOro JKepena iHdopmauii mpo piIKICHI 3aXBOPIOBAHHS
OrphaNet® 2010 poky nomupenicts MIIC VI tuny cranosuts Bix 1 3 43 261 1o 1 na 1
505 160 kMBOHAPOIKEHUX.

Sk 3a3HaYaETHCS aMEPUKAHCHKOIO HEKOMEpIIHOIO opraxizaiicto “HarionanbHe
TOBAapUCTBO MyKomomicaxapuno3is”® MIIC VI tuny € ogHuM 3 HaWOLABII pigkicHHX
3axBoptoBanb MIIC. JlocToBipHI AaHl MpPO 3aXBOPIOBAHICTh JOCTYMHI JIMIIE B THUX
paiioHax, Je MPOBOIMIIMCS €MIEeMIONOTIUHI JOCIIKEHHs. X04a 1€ He IOBEJICHO, MOXKE
OyTH 3B’S130K 3 eTHIYHOIO npuHaiexHicTio. [lomupenicts MIIC VI tuny konuBaeTbes
Bix 1 3 12 739 xxuBonapomxkenux y Cayniscbkid Apasii 70 1 3 43 261 »KUBOHAPOIKEHUX
cepell TypelbKUX IMMITPAHTIB, SKi MpokuBaroTh B HimewuwHi, 10 1 3 5 MiUIbHOHIB
xuBoHapomkenux y IliBgenniit Kopei. [Hommupenicts MIIC VI tuny y Ascrpanii
cTaHOBUTH | 3 248 372 xuBoHapoxeHuX, y HimeuunHi - 1 3 432 610 xMBOHAPOIKEHHUX,
y SAnonii - 1 3 3 300 000 xuBoHapokeHux, y [omeii - 13 7 500 000 »kuBOHAPOHIKEHUX,
y CIIA -1 32 000 000 >xBOHapOIKEHHUX.

Bianosigno manux Kanaichbkoro ToBapucTBa MyKOTOJIICAaXapy 1031B 1 CIIOPITHEHUX
3aXBOPIOBAHB' IIAPAaxoBaHO, IO Mpubanu3Ho 1 3 215 000 HApOMKEHHX CTpaKAae Bij
MIIC VI tuny. Xouwa MIIC VI tumy oxpeMo 3ycTpidaeThbcsl PigKO, YacTOTa BCIX
3axpoproBanb MIIC pazom cranoButh 1 Ha 25 000 HapomkeHHs, BCI JII30COMHI
3aXBOPIOBAHHS HAKOTIMYEHHS Pa30M 3yCTpidaroThes nMprubiau3Ho B 1 Ha koxHI 5000-7000
HapOJKEHb.

3a manumu nyomikanii Francesca D’Avanzo et al., 2021% nomupenicts MIIC VI
TUITY JIOCUTh Pi3HOMaHITHA CepeJl PI3HUX IPYN HACEJICHHS 1, 32 OI[IHKAMH, KOJHUBAETHCS
Bim 0,0132 mwa 100 000 >xuBoHapomxenux y Ilomemii mo 7,85 wa 100 000
xuBoHapomkeHnx y Cximaiit CaygpiBebkiii ApaBii. OgHak y NEBHUX HEBEIUKUX
MOMYJIAIISAX BUCOKI MOKA3HUKH €HIOTaMii Ta CIIOPITHEHOCTI 0AThKIB MOXYTh BUSHAYUTH
36ubmeHHs nommupeHocti 10 20 Ha 100 000 >kMBOHAPOHKEHHX, K MOBITOMIISETHCS Y
myomikarii Costa-Motta et al., 2014 1mo/10 MajaeHBKOr0 MICTEYKa HA MIBHIYHOMY CXOJIi
bpasumii. Sxmo posrasgata Bci taunmu MIIC, to MIIC VI Ttuny € nHaitactimum y
CaymniBcokiit Apaii (46% ycix BunaakiB MIIC) Ta B Manaiizii (40%), Tofi ik HaHKKYA
gactoTa cioctepiraerbest y [omwii (1%) ta [liBnenniii Kopei (1,4%). [Ipote, iimoBipHO,
11¢ HEJOOIIHEH] JIaHi 010 TMOIMMUPEHOCTI, OCKUIBKHU JTIarHO3M 3aJ1eKaTh BiJl KITHIYHOTO
BUSIBJICHHSI CTIEIIU(IYHUX O3HAK 1 CHMIITOMIB. BiJIBII TOYHY OIIHKY TOIMUPEHOCTI IIHOTO
3aXBOPIOBaHHS B PI3HWUX KpaiHaX, WMOBIpHO, MOXHa Oyl0 O OTpHUMATH MUIIXOM

3https://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN &data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-
6&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
6&title=Mucopolysaccharidosis%20type %206 &search=Disease_Search_Simple

“https://icd.who.int/browsel 1/1-m/en#/http%3a%?2{%2fid. who.int%2ficd %2 fentity %2f1596 128696 %2fmms %2 fother
Shttps://www.orpha.net/consor/cgi-bin/Disease_Search.php?Ing=EN &data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-
6&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%200f%20diseases=Mucopolysaccharidosis-type-
6&title=Mucopolysaccharidosis%20type %206 &search=Disease_Search_Simple
Shttps://mpssociety.org/wp-content/uploads/2021/04/MPS_VI_Final_20201.pdf
"https://www.mpssociety.ca/wp-content/uploads/2022/02/MPS-VI-Booklet-English_compressed.pdf

8Francesca D’Avanzo et al.Mucopolysaccharidosis Type VI, an Updated Overview of the Disease. Int. J. Mol Sci. 2021, 22(24), 13456;
https://doi.org/10.3390/ijms222413456
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https://www.orpha.net/consor/cgi-bin/Disease_Search.php?lng=EN&data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-6&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%20of%20diseases=Mucopolysaccharidosis-type-6&title=Mucopolysaccharidosis%20type%206&search=Disease_Search_Simple
https://www.orpha.net/consor/cgi-bin/Disease_Search.php?lng=EN&data_id=24&Disease_Disease_Search_diseaseGroup=Mucopolysaccharidosis-type-6&Disease_Disease_Search_diseaseType=Pat&Disease(s)/group%20of%20diseases=Mucopolysaccharidosis-type-6&title=Mucopolysaccharidosis%20type%206&search=Disease_Search_Simple
https://mpssociety.org/wp-content/uploads/2021/04/MPS_VI_Final_20201.pdf
https://doi.org/10.3390/ijms222413456
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cBoevacHoi aeHTudikamii namieHTis 3 MIIC VI tunmy nuisxom 3acTocyBaHHs Iporpam
CKPUHIHT'Y HOBOHApO)KEHUX, K1 Ha TaHU MOMEHT III€ 3HAXOAThCS Ha NMUIOTHIN (a3l.

BinnoBinHo A0 JaHuX, HaAaHux y pomatky Ao gucta MO3 Bix 09.06.2022 Ne2S5-
01/12931/2-22, cranom Ha 2022 pik kinbkicTh namiedtiB 3 MIIC VI tuny B Ykpaini
CTaHOBUTH § 0C10 (2 mopocnux Ta 6 JIiTei).

B Vkpaini Konnenitist po3BUTKY CUCTEMU HaJIJaHHSI MEIMYHOI JIOTIOMOT'H TaIliEHTaM,
Kl CTpaxJaroTh Ha piakicHl (opdanHi) 3axBoproBaHHsA, Ha 2021-2026 poku,
3aTBepKeHa posnopskennsM Kabinety Minictpis Ykpainu Bix 28.04.2021 Ne 377-p°,
MeTa SKOI 3MEHIIEHHS CMEpPTHOCTI BiJ piAKICHUX (opdaHHMX) 3aXBOPIOBaHb,
OiABUIIEHHS SKOCTI KUTTS TNAaIllEHTIB, $KI CTpaXJaloTh Ha piakicHl (opdanHi)
3aXBOPIOBAHHS, IUIAXOM 3a0€3MEYeHHs CIIPaBEIMBOrO Ta PIBHOIO AOCTYNY J0 SKICHOI
MEIUYHOI JOMOMOTY TaKUM Malll€EHTaM, 30KpeMa J10 AKICHUX, e()eKTUBHUX Ta Oe3MeUHUX
JKapChKUX 3ac001B ISl TIKYBaHHS PLAKICHUX (OppaHHUX) 3aXBOPIOBaHb, 10 MEAUYHUX
BUpPOOIB Ta MPOAYKTIB CHEIiabHOrO JIKYBAJBHOIO XapyyBaHHS, a TaKOX
MICUXOJIOTTYHOTO CYIPOBOTY.

2) [ga”Hi 1WOAO0 JAOCTOBIPHOCTI Ppe3yJabTaTiB MOPIBHSUILHOI  KJIIHIYHOI
eexTUBHOCTI Ta 0€3MEeKH 3asIBJEHOI0 JiKapCbKOro 3aco0y. Onuc (mpeacraBjieHHs)
3a3HAYEHMX Pe3yJbTATIB

3 MeTor aHaji3y JaHuX KJIIHIYHOT e€(eKTHBHOCTI Ta Oe3meKku raicyibdasu as
nikyBaHHs naiieHTiB 3 MIIC VI tuny npoBeieHo Nomyk TPeTHHHUX JKepen iHpopMarltii
IOJI0 TOKA30BUX JIAHUX Y Tally3e€BUX CTaHAApTaxX y cepi 0XOpOoHU 370poB’st YKpaiHu,
Ha calTax MDKHapOJHMX TpoQUILHUX opraHizaiid, y 0azax manux PubMed, Trip
Database.

B PeecTpi Meanko-TeXHOJOTiYHUX JOKYMEHTIB 3i cTaHIapTu3amii MeIu4HoL
nomomoru'® HasBHuii YHi(ikoBaHMI KIIHIYHUNA IPOTOKON IEPBMHHOI, BTOPUHHOI
(cmerianizoBaHoi) Ta TPETUHHOI (BHUCOKOCIEIIANI30BaHOI) MEIUYHOI JOIMOMOTH
“MYKOIOJICAXAPUIO3 VI TUITY”, 3atBepmkeHuit HakazoM MO3 Ykpainu Bix
23.02.2015 Ne 901,

JlikyBanHs marfieHTa 13 BctaHoBieHUM niarHozoM MIIC VI tuny npusHavaeTbes
TICJIsI OLIIHKY TIOKa3aHb JIJISl TPOBEJICHHS CTIEIM(IYHOTO Ta HECTIEIM(IYHOTO JTIKYBaHHS.

[Tpuznauenns depmentHoi 3amicHoi Tepamii (mami - @3T) mpu MIIC VI tumy
3MIMCHIOETBCS 3a JAHUMM TI0YaTKOBOI OINIHKKA CTaHy TAaIli€eHTIB CremiaaicTaMu
MYJIBTUTUCIUATIIIHAPHOT KOMAHIH.

CuMnroMaTHyHEe JIKyBaHHS MPHU3HAYAETHCS 3a HEOOXIAHOCTI. 3a HAasIBHOCTI
MOKa3aHb TMAaIllEHT HANpaBISETHCI Ha KOHCYJBTAIIO IO CICIIATICTIB: OpTOIe/a,
dizioTepaneBTa, OTOJIAPUHTOJIOTA, KapIioXipypra, HeHpoxipypra Ta iH.

Crnemudiuanm Metogom jikyBanHsM MIIC VI tunmy € ®@3T 3 BHUKOpUCTaHHIM
Jikapcekoro 3aco0y rancynbdaza. Meroro @3T € 3MeHIIEHHS COMAaTHYHHUX IMPOSBIB
3axBoptoBanHd. [[nanyBanus @3T ciig moymHATH B MOMEHT MOCTAHOBKH J1arHo3y, 1
BOHO IMMOBUHHO OYTH YaCTHHOIO KOMIUIEKCHOT MPOTpaMHu JIIKYBaHHSI.

Kpurepiii BkitoueHHs juis npoBeaeHHs O3 T

°https://zakon.rada.gov.ua/laws/show/377-2021-%D1%80#Text
1Ohttps://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/
IThttps://www.dec.gov.ua/wp-content/uploads/2019/11/2015_90_ykpmd_mpl_vi.pdf
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JlaGopaTopHO MiATBEPAXKEHA HEAOCTATHICTH/BIACYTHICTh aKTUBHOCTI J1130COMHOTO
depmenty apuicynbdaTtazu B, Bu3HaueHOi B JEHKOUMTaX 3 BU3HAYCHHSIM PIBHS
NpUHANMHI 11I€ OJHOrO IHIIOrO CyJb(aTazHOro (QPEepMEHTY, 3 METOK BUKIIOYEHHS
MHO>XHHHOI CyJIb(paTa3HOi HEAOCTATHOCTI.

Kpurepii BukiroueHHs (npunuuenHs) O3T

HasBHICTH O3HaK MporpecyBaHHS 3aXBOPIOBAHHS, HE3BAXKAIOUM HAa IPOBEICHHS
@O3T.

[nnuBinyansHa HenepeHocumicTb O3T (BupaxeHi anepriydi peakiii, MoB's3aHi 13
3aCTOCYBAHHSIM JIIKApCHKOTO 3aC00Y).

HasBHICTB y maifieHTa CymyTHBOTO 3arpO3JIMBOTO JIJIS JKUTTS 3aXBOPIOBAHHS, TPH
skomy @3T He BIUTMHE HA TPOTHO3 (HAPUKIIAT OHKOJIOTIYHE 3aXBOPIOBAHHS).

BinmoBa 06aThkiB JUTHHU/3aKOHHOTO TPEJCTAaBHHUKA TallieHTa ab0 JTUTHHU, sKa
nocsiraa Biky 14 pokis, Big nposenenns @3T, npusHaueHoi cxeMu J03yBaHHs Ta rpadiky
BHYTPIITHbOBEHHUX BJIMBaHb, MiJTBEPKCHA TUCHMOBO.

Kpurepii ouinku edekrrnBHocTi D3 T:

BusnaueHHSM €QEKTHBHOCTI JIIKyBaHHS € 3MCHIICHHS a00 ToNepeHKeHHS
NPOTrPeCyYBaHHS aKTUBHOCTI XBOPOOH, PO 110 CBIIYUTH CTA0LIi3allis KJIIHIYHOTO CTaHy,
NOoB'sI3aHa 31 3MCHIICHHSAM KUIBKOCTI Ta/ab0 I1HTCGHCHMBHOCTI CHMIITOMIB, SIKi
CIIOCTEPIraJINCh HA MMOYATKY JIIKyBaHHS.

Oninka edextuBHocTi @3T mMpoBOAUTHCS HE paHille, HDK yepe3 6 MiCAIiB 3
MoMmeHTy mouatky D3T, 6e3 mopyiieHHS NPU3HAYEHOT CXEMHU JIKYBaHHS Ta 03U
npernapary, sSskuii 3aCTOCOBY€EThCSI.

Ominka epextuBHOCcTi 3T nmpoBogutThes B HACIT «OXMATIANUT» MO3 Ykpainu
HE pijiIe, HK JIBiYi Ha PiK, Ta y 3aKjIal OXOPOHH 37I0POB’ s, BU3HAUCHOMY JIJIs HaTaHHS
MeanuHoi gormoMoru narieHtam 3 MIIC IV tumy, ne 3niiicHioeTbest poBeaeHHs O3 T,
i1 Yac MPOBE/ICHHS BHYTPIIITHLOBEHHUX BIUBAHb.

Kpumepiamu eghekmusnocmi @37 e:

a) 30UIBIICHHS PYXOBO1 aKTHBHOCTI (TECT 6-XBWJIMHHOI XOABOM Ta 301IbIICHHS
00’ eMy TTaCUBHUX PYXIB Yy Cyri00ax/po3MipH Jiana3oHiB pyXiB y cyrio0ax);

0) 3MEHIIIEHHS PO3MIpPIB NMEYIHKU Ta cee31HKH 3a nanumu Y 3] abo MPT uepeBHOi
MOPOKHUHMU;

B) MMO3UTHUBHA JUHAMIKA TEMITIB (DI3UYHOTO PO3BUTKY (3OUTBIICHHS 1 HOpMaTi3allis
POCTY Ta MacH Tijia XBOPOTO);

') HOpMaJlizallis CHY;

1) 3MeHmeHHs1 ekckperii ['Al'iB B 7000Biii ceul XBOpOTro (BU3HAYAETHCS JBIYI HA
piK).

Jlo mikapchkux 3aco0iB 3a0e3neueHHs YHI()IKOBAHOTO KIIHIYHOTO MPOTOKOIY
HAJICXKUTH TaICynbdasa.

Y yorupHaausaToMy BUNYCKY /lepkaBHOro popmy.isipa JikapcbKHX 3ac00iB,
3aTBepIKeHOMY HakazoM MO3 Vkpainu Bix 13.06.2022 Ne 10112 BigcyThiii mikapchkiit
3acib rancynbdasa.

12https://moz.gov.ua/uploads/ckeditor/%D0%B4 %D0%BE%D0%B A%D1 %83 %D0%BC %D0%B5%D0%BD %D1%82%D0%B8/dn_1011_13.06.2022_d
od.pdf
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[I{omxo MbKHApOAHUX KIIIHIYHUX HACTAHOB Ta HACTAHOB HAYKOBUX TOBAPHUCTB 1HILIKUX
KpaiH 3HaI€HO HACTYIHI PEKOMEH/Iallli:

1. Pexomenganii  momo  JIIKyBaHHf  JII30COMHHX  3aXBOPIOBaHb
(pepmenTHOIO 3aMicHOI0 Tepanicro, MiHicTepcTBO 0X0pOoHH 310poB’ s MaJiaiisii, 2012
(Guidelines for Treatment of Lysosomal Storage Diseases by Enzyme Replacement
Therapy in Malaysia)'3.

Kpurepii ang nposenenns G3T

- [linTBepmxennit  giarno3 MIIC VI tunmy. [iarmo3 MIIC VI Tuny Oys
BCTAHOBJICHMI MNpuU BUABIECHHI crneuudiyHoro nediuuty N-aneruiaragakrozamiH-4-
cynbdatasu (apuncynbdarasu B), BumipsiHoro y igimdonurax ado ¢pidpodiacrax HIKipu.
JliarHO3 TakoXX MoOKe OyTH MIATBEP/UKEHUM HAsBHICTIO MyTalid TeHy N-
aneTwiIraitakro3aMin-4-cynedarasu/apuicynbdartazu B, gki, Ak BiIOMO, TPU3BOAITH 10
Cepio3HOro nediuuTy akTUBHOCTI (DEpPMEHTY.

- TsxKicTh 3aXBOprOBaHHs. [lallieHT MOBUHEH MAaTU MIHIMAIbHUN PIBEHb TSHKKOCTI
3aXBOpPIOBaHHS, 100 oMy moskHa Oyino mpoBoauTu ®3T. [ToBuHHO OyTH MPUCYTHIM
pUHANWMHI 0JTHe a00 JCKUIbKa 3 HACTYITHUX:

1) NOPYIICHHS AUXaHHS Mi]1 Yac CHY: MAI[IEHTH 3 YaCTOTOIO alHOE/T1MOoMHoe >
5 moaiit/ToIUHY 3arajJbHOTO CHY 200 OUTbIIIE 2 BAXXKHUX €M130/11B JiecaTypallii (HacCuueHHs
kucHeM <80%) mij yac JOCIHIKEHHS] HIYHOTO CHY;

2) namieHTH 3 (OpPCOBAHOI0 KUTTEBOK €MHICTIO JereHb (gami - OXEI)
menie 80% Bi MPOTHO30BAHOTO 3HAUCHHS,
3) nuc(yHKIIS MioKapa, Mpo IO CBIAYMTH 3HMKEHHS (Ppakiii BUKUIY 0

MeHie HbK 56% (HopmanbHHMI gianazoH 56-78%) abo 3MeHuIeHHS (pakiiiiiHOTOo
CKOpOUYeHHS 10 <25% (HopManibHMi miana3zoH 25-46%);

4) NaIieHTH 3 00OMEXEHUM JTialla30HOM pyXiB y cyriobax oubire 10 rpagyciB
BiJl HOPMH B IIJIeYax, IIHi, CTeTHAX, KOJIHAX, JIKTAX a00 pyKax.

[TamieHTH, K1 HE BIAMOBIAAIOTH BUIE3a3HAYCHUM KPUTEPISIM, TTIOBUHHI TPOXOIUTH
IOpIYHE CHCTEMaTU4YHE OOCTEXEHHS, NpPHU3HAUCHE IS BHUSABICHHS TMOTIPIICHHS iX
KJIIHIYHOTO CTaHy. TakuM YHMHOM, BOHH MOXYTh OyTH BH3HA4YCHI1 SK TMPUIATHI JJIs
nikyBanus ®3T miznime.

Oco0nuBi 06CTaBUHU

- I'igpontepamis. Ha cporomnimHii JeHb € OOMEXKEHI MaHi IIPO BIAMOBIIb
rinponedanii Ha ®3T. KoxxeHn Bunazok Mae OyTu po3risHyTuil okpemo. 3araiom, 3T
OyJe pekoMeHI0BaHa SIK JJ0/IaTKOBa Tepallis J0 orneparlii, a He sIK allbTepHATHBA OTepaIrii.

- Kommpeciss cnuHHOTO MO3KY. Y JAESKHX TAaII€HTIB, sKi oTpumytoth DO3T,
PO3BUBAETHCSI KOMITPECISI CIUHHOTO MO3KY. X04a KOKEH BUIAI0OK Ma€ OyTH PO3TIIIHYTUI
OKpEeMO, XIpypriuHe BTPYYaHHS 3aJUIIAE€THCS KpaIlUM METOJOM JIKYyBaHHS IIHOTO
YCKJIaTHCHHSI.

Kpurepii Bukinrouenns s 3T

- [lamienTH 3 1HIIUM 3aXBOPIOBAHHSM, IO 3arPOXKY€ KUTTIO, HA MPOTHO3 SKOTO
HaBpsa 4y BrunHe O3T.

- HasiBHiCTB TSIKKOTO 200 HE3BOPOTHOTO YPAKEHHSI OPraHy-MillIeH1, IKE HaBpsiA YU
nokpamutbes npu O3T.

Bhttps://www.moh.gov.my/moh/resources/Penerbitan/Perkhidmatan%200nG %20& %20Ped/GEN_RARE%20DISEASE%20/2._Guidelines_for_Treatme
nt_of_Lysosomal_Storage_Diseases_by_Enzyme_Replacement_Therapy_in_Malaysia_.pdf
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- [lanieHTH 3 03HaKaMu 3HaYHUX TPYAHOIIIB Y HABYAHHI.

- BinmoBa marnieHTiB abo oci0, siKi JOTJIAIAl0Th 32 HUMH, BUKOHYBATH HACTYIIHI
BUMOI'H: JOTPUMYBATUCh MOKUTTEBOI IIOTUKHEBOI BHYTPIIIHHOBEHHOI 1H(Y31HHOT
Tepamii, K PeKOMEHAOBAHO 3riAHO 3 pekoMeHpauiiMu O3T, TOTpUMyBaTUCh BUMOT
I10/I0 TIPOXOJKCHHSI PETYJISIPHUX TMPOIEAYpP CHOCTEPEKEHHS, OIIHKA Ta MOHITOPUHTY
CTaHy Talll€eHTa 3 METOK OI[IHKA €(QEeKTUBHOCTI JIKYBaHHS Ta YCKJIaJIHEHb
3aXBOPIOBAHHSI.

Jo3yBaHHs: PekoMeHIOBaHUMN  peXUM  JO3YyBaHHS  JIIKAPCHBKUM  3acOo00M
rajicyyib(asa CTaHOBUTh | MI/KI Ha TUXACHb IIJISXOM BHYTPIITHBOBEHHOT 1H(Y3Ii.

[Mpununennss ®3T

JlikyBanusa ®3T moxe OyTu BiIMiHEHE B Oyb-sKii 13 HACTYITHUX CUTYaIlli:

- Skmo y marieHTa PO3BUBAETHCA MPOTPECYIOUe HEBPOJOTTYHE TMOTIPIICHHS
(neurological decline).

- SIk1o maIieHT He JOTPUMYETHCS KypCy JIIKYBaHHS, CIIOCTEPEIKEHHS, MPOLETypH
OIIIHKH BIATIOBITHO 0 pekoMeHaliii 3actocyBanus ®3T.

- SIkmo y marieHTa po3BHBAIOTHCS IHINI HETMOB’Si3aHI 3aXBOPIOBAHHS/CTaHM, IO
3arpoOKYyIOTh JKUTTIO, a00 TSKKI 3aXBOPIOBAHHS/CTaHU, SIKI MOXKYTh CKOPOTHUTHU
TPUBAIICTh Ta SIKICTh JKUTTS, MPHU SIKUX TAIEHT HEe oTpumae kKopucti Bin O3T npu
nikyBanHst MIIC VI tumny.

- SIkio y mari€eHTa pO3BUBAETHCS YCKIIAIHEHHS, 10 3arpOXKYe KUTTIO, SIKE MOXKE
MOCTaBUTH ITiJ1 3arpo3y e(PeKTUBHICTh a00 KOPHUCTH Bifl npoaosxkeHHs D3T, BkItovyaroun
cepito3Hi moOIUH1 peakilii, MoB’sA3aH1 3 iHPY3ier0, ado peakilii, MoB’s3aH1 3 AaHTUTLIAMH,
K1 HEMOXJIMBO 3amoOirT abo KOHTPOJIOBATH BIANOBIIHOIO MpeMeauKalliero Ta/abo
KOPUTYBaHHSM IIBUAKOCTI 1HQY31I.

- SIxmo y marieHTa po3BHUBAIOTHCS HE3BOPOTHI a00 Tsokki yckiamneHHs MIIC VI
TUIy, 110 3arpoXyloTh XHUTTIO, moxanbimia O3T He mpuHece KOpUCTI (HANPHUKIAL,
cepIieBa HEJIOCTaTHICTh BHACIIIOK TSYKKOT MITPaJIbHOI peryprirarii).

2. IToka3zanHss [0 AyTOJOriYHOI Ta  AJOreHHOI TPAHCIUIAHTAMIl
reMONMOETHYHUX KJITHH: peKoMeHJalii AMEpPHKAHCHKOr0 TOBapHCTBa 3
TPaHCIUIaHTalil KPoBi Ta KicTkoBoro mMo3ky, 2015 (Navneet S. Majhail at all.,
Indications for Autologous and Allogeneic Hematopoietic Cell Transplantation:
Guidelines from the American Society for Blood and Marrow Transplantation. Biol
Blood Marrow Transplant xxx (2015) 1e7)'4.

AMepHuKaHChbKE TOBAapUCTBO 3 TPAHCIUIAHTAIli KPOBI Ta KICTKOBOTO MO3KY Y
BIZIMOBIZIb HA TMOTpeOy, BU3HAUEHY TMAaI[lEHTAMHU, MOCTadyaJbHUKAMH, TUIATHUKAMHU Ta
MOJIITUKaMu, 3acHyBasio PobGouy rpymy st (GOpMyNIOBaHHS KOHCEHCYCHUX
peKOMeH Al o100 KiHIYHUX moka3anb ;s TT'CK, BpaxoByroun q0Ka30Bi JaHi.

Jlnst marfieHTiB guTsdoro Biky 3 mykomonicaxapuao3om (MIIC I tumy 1 MIIC VI
tuny) pekomenaoBana anorenHa TI'CK, He pexomennoBana aytonoriuaa TI'CK.

3. Mykonogicaxapuao3. HamioHaJabHUii NPOTOKOJ JIarHOCTMKH Ta
JikyBaHHs HaunioHaJbHOro opra’vy 3 NUTaHb OXOPOHHU 31A0poB'sa Ppanuii, 2016
(Protocole National de Diagnostic et de Soins (PNDS) Mucopolysaccharidoses)’.

Yhttps://higherlogicdownload.s3.amazonaws.com/ASBMT/43a1{41f-55¢cb-4c97-9¢78-c03e867db505/UploadedImages/Indications_for_Auto_and_All.pdf
Bhttps://www.has-sante.fr/upload/docs/application/pdf/2016-08/pnds_-_mucopolysaccharidoses.pdf
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B nanwmii yac gocrynHi aBa crneundiuni meronu aikyBanHs: TI'CK 1 ®@3T. Bubip
nmikyBaHHs 3anexutb Big Tuny MIIC, ¢denotuny, BiKy Ta HEBpOJIOTIYHOIO CTaHy
MaiieHTa.

TI'CK edekruBHa nepeBaxkHo 11 MIIC 1 tuny. BuyrpimnboBenna 3T
pexkomenaoBana st sikyBanas MIIC 1, 11, IV, VI Tumnis.

TI'CK mnaiiuacrtime moka3zaHa mnamieHTam 13 Tsbkkum MIIC 1 tunmy (xBopoba
I'ypnepa). dns nanientiB 3 MIIC I tuny, MIIC I tTuny, MIIC 1V tuny a6o nasite MIIC
VI Tumy mokazaHHS MOKYTh 0OTOBOPIOBATHUCS B KOKHOMY KOHKPETHOMY BHUITAJIKY, KOJIH
JlarHO3 TOCTaBJICHUW JIy’)K€ paHO, HaBITh y HeOHaTalbHOMY mepioni, Komirerom 3
TEpaneBTUYHOI OLIHKK MyKonoimicaxapuaosdy (Comité d’Evaluation Thérapeutique des
Mucopolysaccharidoses, CETMPS).

l"ancynbda3za nokazana namieHtam 3 aiarHozom MIIC VI tuny y no3i 1 mr/kr Ha
THXKJICHD.

4. Pexomennanii mono Beaennss MIIC VI Tunmy: cucremarnusi
pexkoMeHaanii, 3aCHOBaHi Ha J0Ka3ax i koHceHcyci, 2019 pik (Akyol, M.U., Alden,
T.D., Amartino, H. et al. Recommendations for the management of MPS VI: systematic
evidence- and consensus-based guidance. Orphanet J Rare Dis 14, 118 (2019).
https://doi.org/10.1186/s13023-019-1080-y)"®.

Po3pobka mux pexomenpaiiii Oymna 3niiicHeHa KepiBHUM KOMITETOM, O CKJIaay
AKOTO BXOAWIM 26 MDKHApOoAHUX (axiBI[IB y Tally3l OXOPOHH 3J0pOB’S 3 PI3HUX
JTUCIUTIUTIH, XTO Ma€e nocBif BeaeHHs MIIC VI tuny, Ta npeacTaBHUKY NaIieHTiB. MeToro
nporpamMu Oysia po3poOka KepiBHHUIITBA 100 BefaeHHs naBox Tumie MIIC 6e3
HEWPOKOTHITUBHUX MpOsiBiB, a came MIIC IVA tuny ta MIIC VI tumy.

3aranom 0yso po3pobiieHo 93 pekoMeHaallli, ki OXOTUTIOIOTH 11’ ITh cep: 3arajibHi
NPUHIIMITY YIPABIIHHS; PEKOMEHOBAaHUN peryiasipHuil MOHITOpUHT Ta omiHku; D3T 1
TpaHCIIaHTallisl TeMOIIOSTUYHUX CTOBOYPOBUX KIIITHH; 3aX0/IU JUIS MIATPUMKH PO3JIaiB
JTUXaHHS Ta CHY; aHECTeTHKH Ta XIpypriudHi BTpydaHHs. Ilicas 1Box payHIiB
roJIOCYBaHHS OyJI0 JTOCATHYTO KOHCEHCYCY IIOJIO BCiX 3asB. KepiBHUIITBO MICTHUTH
HaJIHHI peKoMeHAaIlii, 3aCHOBaH1 Ha JI0Ka3ax 1 KOHCEHCYC1, MO0 BEASHHS TOPOCIUX Ta
nepiaTpuyHux maieatis 3 MIIC VI tumy.

Pexomennaiii oo rancynbdasu

[Mamientam 13 MIIC VI Tumy pexkoMeHIyeTbCs SKHAWIIBUAINIEC PO3MOYATH
nosrotpuBairy ®3T rancynbdazoro y 1031 | MI/Kr/THKASHB MIJISXOM BHYTPIITHHOBEHHOT
1HY31i micns miarBepakeHoro niarao3y. CTymiab 10ka3oBocTi B (koHceHcyc - 89%).

Pexomennanii moao TI'CK

bepyun no yBarm pu3MKM 3aXBOPIOBAHHS Ta CMEPTHOCTI, TOB’si3aHI 3 €O
npouenyporo, TT'CK moxe Oyt BapianTom s mamieHTiB 3 MIIC VI tuny, siki maioTh
BIJIMOBITHOTO CIOPIAHEHOTO MO0HOpa (200 HECTOPIAHEHOTO JOHOpa), abo MepecaaKy
mynoBUHHOI KpoBi. CTymiab moka3oBocTi: C (KoHCEHCYC - 86%).

VY 3B’s3Ky 3 pU3UKOM CMEPTHOCTI Ayke BaxkiauBo, mo0 TI'CK nmpoBoauBcs nwuire B
YCTaHOBI 3 Oaratonpo(iIbHOI KOMaHI0I0, SIKa Ma€ JOCBIA BeaeHHA marieHTiB 3 MIIC
VI tuny. Crynins noka3zoBocti: D (koHceHcyc - 91%).

16https://ojrd.biomedcentral.com/articles/10.1186/s13023-019-1080-y
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S. HauionaabHi pexoMeHgamili 100 TPAHCIVIAHTALI TeMONMOETHYHMX
kiaiTuH [Hailicbkol paam MeaudHux aocuaimxkeHb, 2021 (National Guidelines for
Hematopoietic Cell Transplantation. Indian Council of Medical Research)'’.

HanionanbHi pexkoMeHaamii o0 TpaHCIJIAHTAllli TeMOMOETUYHUX KIITHH Oyiu
pOo3po0IIeH1 KOMITETOM [HIIACHKOT pagu MEUYHHUX JOCHIIKEHb, B SIKY BXOJIATH JiKapi-
TPAHCIUIAHTOJIOTH, KIIHIIUCTH, MaTOMOP(OJIOrd Ta HAYKOBIl. MeTOI peKoMeHJalli €
CTBOPEHHsI 1IIa0JOHY Ta JOIOMOTa JIiKapsM-TPAaHCIUIAHTOJOTaM Ta IICHTpaM 3
MPOBEJICHHS TPAHCIUIAHTONOTIT Yy (POpMYyBaHH1 BJIACHUX MPOTOKOJIB 1 MOJITUKH OO0
nposenenns TI'CK. VYV pexkoMmeHnamigxX MiIKPECIIOETbCS BAXKIUBICTh THUITYBAHHS
nerikorutaproro antureny moauan 1t TT'CK, o6poOku Ta 30epekeHHs] CTOBOYPOBUX
KJIITHH, a TAaKOX CIOCTEPEKEHHSI 3a TMallleHTaMM IMICHsl TpaHcIuiaHTallli. Pexkomennarii
TaKkoX MicTATh okazanHs 10 TI'CK sk y mopociux, Tak iy JaiTel.

Hns gireit ta mipnitkie 3 MIIC VI tuny pexomennoBana anorenHa TI'CK Bia
CYMICHOTO CIIOPIIHEHOTO JOHOpa, A00pe minidpaHoro HecmnopigHeHoro aoHopa (8/8,
10/10 a6o 9/10, sixkmro HeBinmoBiaHICT, € B DQB1), HEBIAMOBIAHOTO albTEePHATUBHOTO
noHOpa (MyNMOBHHHA KPOB, TAIUIOICHTUYHI Ta HEBIAMOBIIHI HECTIOPIAHEHI JTOHOPH)
(x1iHIYHMM BapiaHT, piBeHb [).

VY naHux pexoMeHAAaIisX Kareropid “KIiHIYHUN BapiaHT” CTOCYEThCS MOKa3aHb, 3a
SKUMHU PEe3yJIbTaTH HEBEIIMKUX KOTOPTHUX JOCHIDKECHb IOKa3ylOTh €(PEKTUBHICTH i
NpUHATHY TOKCHYHICTH npoueaypu TI'CK, ane panaoMizoBaHi KIIHIYHI JOCHTIKEHHS
BimcyTHI. Illupokuii miama3oH MOCTYMHUX METOMIB TpaHCIUIAHTAIlli B TOE€IHAHHI 3
pi3HUMHU (haKTOpaMH MAIIEHTIB, TAKUMHU SIK BIK 1 CYIMyTHI 3aXBOPIOBaHHS, YCKJIAIHIOE
iHTeprpeTanio nux naHux. [loTouHa iHTepmperallis HasBHUX JaHUX IIOJO0 MOKa3aHb,
BIJTHECEHUX [0 I1i€l Kareropii, miarBepaxye, mo TI'CK € miHHIM BUOOPOM 1711 OKPEMHUX
MaIli€HTIB MICJS PETEIbHOI0 0OTOBOPEHHS PU3HKIB 1 IMepeBar 3 marieHToMm, ajie moTpedye
MOJAIBIIOI OIIHKK. TpaHCIUIaHTAIlil0 3a TIOKa3aHHSAMHM, SIKI BiTHECEHI MO KaTeropii
“KJIIHIYHMN BapiaHT’ CHIiJ MPOBOJUTH B CIICHIAII30BAHOMY IIEHTPI 3 BIAMOBITHOIO
1HGPACTPYKTYPOIO JIKApSIMU 3 BEIMKUM JocBigom nposeneHHs TI'CK.

JlomatkoBo Oyno 3HaiiaeHo Pexkomenpariii JlemapramMeHTy OXOpOHH 370pOB's
Agctpanii Ilporpama “Jliku, mo paTyoTh ;kutTa” - Mykonoaicaxapuao3 VI tuny —
Pexomennanii lemapramMmenTy oxopoHu 310poB'ss ABcrpadii, 2020 poky (Guidelines
for the treatment of mucopolysaccharidosis type VI disease (MPS VI) through the
Life Saving Drugs Program)'®,

Li pexomMeH a1l MIiCTATh 3arajibHi, TOYaTKOBI Ta TOTOYHI BUMOTH ITO0 OTPUMAaHHS
JOCTYIy 70 JiKapchkoro 3aco0y rancyibdasza s gikyBanus MIIC VI tuny B pamkax
[Tporpamu “Jliku, mo pATyroTh KUTTA (maimi - [Iporpama).

MenukaMeHTO3HE JIIKYBaHHS 3a JepKaBHI KOMTH B paMmkax [Iporpamm, moctymHe
JUTS TTAIEHTIB 3 miarBepKeHnM giarao3oM MIIC VI tumy. 3apa3s icHye oJTHH JTiKapChbKUH
3aci0, skuii MOkHa oTpuMmatu B pamkax [Iporpamum mis mikyBamas MIIC VI tumy.
MixHapoaHa HEMaTeHTOBaHa Ha3Ba I[bOT0 JIIKApPChKOT0 3ac00y rajcyibdasa.

MakcumanbHa 1o03a Tancyib(dasu, SKy MOXHA OTpUMaTH B pamkax [Iporpamm,
CTaHOBHUTH 1,0 MI/KT Ha THXKJICHbD.

17https://main.icmr.nic.in/sites/default/files/upload_documents/Nat_Guide_ HCT.pdf
Bhttps://www.health.gov.au/sites/default/files/documents/2020/1 1/life-saving-drugs-program-mucopolysaccharidosis-type-vi-mps-vi-guidelines.pdf
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3aranbHi kBadiQikaliifHi BUMOTH: MaIllEHT MOBUHEH BIAMOBIAATH MOYATKOBUM 1
MOTOYHUM KPUTEPISIM NMPUUHATHOCTI, SIK JIE€TAJbHO OMKMCAHO B IOKYMEHTI1; OpaTH y4acTb
B OI[IHII1 €(PEKTUBHOCTI JIIKAPCHKOTO 3aCO0Y MIJISXOM MEPIOJUYHOT OLIIHKHU 3T1THO 3 IUMHU
pexkoMeHaanisIM1, a0 MaTH NPUUHATHY NPUYMHY HE MPUHAMATH ydacTi y NEploauyHIN
OLIIHIIl; HE CTPAXKJIATH Bl OyAb-sIKUX IHIIMX 3aXBOPIOBaHb, BKIKOYAIOYU YCKIAJHEHHS
a6o nacmigku MIIC VI Tuny, sfiki MOXYTh IMOCTaBUTU MiA 3arpo3y €(eKTUBHICTbH
METUKaMEHTO3HOTO JIIKYBaHHS.

Kpurepii BUKIIIOUEHHS: MALIEHTH 31 3HAYHUMHU TPYJHOIIAMHM B HaBYaHHI Ta/abo
HEBPOJIOTIYHUMHM CHUMIITOMaMHU, TIOB’S3aHUMM 13 3aXBOPIOBaHHSAM, OCKUIBKH Il
CUMIITOMHM HE IIJISTAal0Th JIIKyBaHHIO 3a jgonomororo ®3T; marmieHTH 3 HasSBHICTIO
1HIIOr0 HEOE3MEeYHOro IS JKUTTA ab0 TSIKKOTO 3aXBOPIOBAHHS, HA JOBTOCTPOKOBHM
NPOTrHO3 sKOro HaBpsa 4M BiutmHe D3T; marieHTH 3 HasSIBHICTIO IHIIIOTO 3aXBOPIOBAHHS,
AKe CTaBUTh Mij 3arpo3y edextuBHicTh O3 T; narienTH, siki 0epyTh y4yacTh B KJIIHIYHUX
JTOCJTIJIPKEHHSIX.

Hiarno3 MIIC VI tuny noBuHeH OyTH MIATBEPIKEHUN AEMOHCTpAIIEI0 AehIIUTY
apwicyibdartazu B B JeciikonuTax 3a pe3ysNbTaTaMHM  aHali3y, IPOBEIACHUM B
aKpeAuTOBaHiil mabopaTopii, abo y BHUMaaKy oOCTeXeHHs OpaTiB 1 cecTep Malli€HTa 3
JiarHO30M - BUSIBIICHHS 2 MYTAIIiH, 1110 IPU3BOJISITH JI0 PO3BUTKY 3aXBOPIOBAHHS.

Hedinut apuncynbdartazu B B neiikonuTax ciig MIATBEPAUTH 3a JOTIOMOTOIO
dbepMeHTHOTO aHanidy B KyJlIbTHBOBaHUX (iOpobnacTax mmiKipy ab0 BUSIBICHHSIM
3aXBOPIOBAHHS, 110 CIPUYMHSE MYTallil B TeH1 apwicyibdarazu B.

[ToyaTkoBi KpuTepil MPUMHATHOCTI JJIS JIKYBaHHS TaJlCyib(})a30i BKIOYAIOTh
YMOBH, IO TAIIEHT MOBHHEH MAaTH MIPUHANWMHI OJIHE 3 HacTynmHuX yckiagneas MIIC VI
TUITY:

- TIOpYIIEHHS JWXaHHS YBI CHI: y TAI€HTIB 13 YacTOTOI aIHOE/TIMOMHOE >5
MOJIIi/TOIMHY 3arajlbHOr0 4Yacy CHY a0o Ouiblie 2 cephHO3HMX eIMi30diB Jecarypartii
(macuuenns kucHeMm <80%) 3a mepioj] HIYHOTO CHY;

- ®XKEJI menme Hixk 80% Biag MPOrHO30BaHOTO 3HAYCHHS;

- nucyHKITISL MioKap/ia, PO 10 CBIIYUTD 3HIKCHHS (pakilii BUKUIY MEHIIE HIX
56% (HopmanbHU# niana3oH 56—78%) abo 3HIWKEHHS (PaKIiitHOTO CKOPOYEHHS [0
<25% (mopmanbHUil niana3zoH 25-46%);

- KOHTPAKTypa CyrJI00iB: y Mali€HTiB 3 OOMEKEHUM J1alla30HOM PYXiB y Cyriio0ax
outemre HiXXK Ha 10 rpamyciB Bii HOpMH B ILIedaXx, ITHi, CTETHAX, KOJIIHAX, JIKTAX abo0
pyKax;

- HEMOBJISITA TA JIITH BIKOM JIO 5 POKIB: 3asIBKM MOXYTh OYTH TIOJIaH1 JIJIT HEMOBJIST
1 gited, axi me He MarTh cumnroMmiBa MIIC VI tumy, mo BiANOBiAalOTh KPUTEPIIM
MPUHHATHOCTI (HANPWKIAA, JiarHO3 BCTAHOBJICHWM NUISIXOM TEHOTUITYBaHHS), a0o
nependavaeThCs TSHKKUH mepedir 3aXBOPIOBAHHS, BPAXOBYIOUH MPOTPECYBaHHS XBOPOOH
Opara abo cecTpu, SIKi MalOTh aHAJIOTIYHE 3aXBOPIOBAHHS.

[TocTiitHi KpUTEpii IPUIUHATHOCTI: JIKYIOUNH JIiKap TOBUHEH MOPOKY /10 1 TpaBHA
MojJiaBaTu OKpeMy (hopMy OBTOPHOI 3asiBU, SKIIO BiH Oakae, 1100 MaIll€HT MPOJ0BKYBaB
OTpUMYBATH JIiKYBaHHs 3a JepKaBHI KomTH B pamkax pgaHoi [Iporpamm. dopma
MOBTOPHOT 3asBU Ma€ MPOJAEMOHCTPYBATH KIIIHIYHE IMOKPAIEHHS CTaHy MaifieHTa ado
cTallIi3al1lio CTaHy MaIfl€HTa, a TAKOX IMMOBUHH1 OyTH Ha/1aH1 I0Ka3H, 110 MiATBEPIKYIOTh
nocTiiiHe npapo Ha JikyBaHHs MIIC VI tumy.
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JIikyBaHH# 3a Jep>kaBH1 KOIITH B paMkax [Iporpamu Mmoske npogoBKyBaTHCS, SKIIO
HE 3aCTOCOBYETHCS O7HA a00 AEKUIbKA 3 HACTYITHUX CUTYaIlli: HETOTPUMAaHHS HAJEKHUM
YUHOM CXE€MH JIIKYBaHHs, HEHaJaHHS JaHUX, KOIIM pe3yJbTaTiB TECTYBaHHA Ta
enektponHoi Ttabmuui Excel qms MIIC VI tunmy, mo miaTBepIKyrTh €PEKTUBHICTh
Tepamii; Teparmisi He 3/laTHAa MOJETUTH abo cTabuII3yBaTH CUMITOMH 3aXBOPIOBAaHHS;
Mall€HT Ma€ Cepio3Hl MOOIYH1 peakilii, MOoB’s3aHl 3 1HPY31€0, SKUM HEMOXKIUBO
3amo0IrTH BIIMOBIIHOKO MpPEMEIUKAIIEI0 Ta/ab0 KOPUTYBaHHSAM HIBUIKOCTI 1HQY3Ii; y
MalieHTa BUHUKAIOTh 3HAYHI1 TPYJIHOIL1 3 HaBYaAHHSAM Ta/ab0 HEBPOJOTiYyHI CUMITOMH
3aXBOPIOBAHHSI, OCKUIBKM IIl CUMIOTOMHM HE MOXHa JIKyBaTu 3a jgonomororw ®3T; y
naiieHTa pPO3BUBAETHCS 1HIIE HeOe3NeuHe A KUTTS a00 TSKKE 3aXBOPIOBAHHA, Ha
JOBrOTpUBAIMIA MPOTHO3 sikoro HaBpsan uu BruimHe P3T; y marieHTa po3BUBAETHCS
IHIIWI MEeIUYHUN CTaH, SKUHW MOKHAa OOTrPYHTOBAaHO OYIKYBaTH, IO MOCTABUTH IiJl
3arpo3y Binnosinb Ha ®3T; yMOBHU, 3a3HAUYEH] B KPUTEPISIX BUKITIOYECHHS.

[Tomyk BTOPUHHUX JDKEPEN JOKA30BHX JaHUX I0JI0 TOPIBHSUIBHOI KIIIHIYHOT
edeKTUBHOCTI Ta Oe3neku rajicynbdasu, Haiikpamoi miarpumytodoi tepamii Ta TI'CK,
BuzHadeHux y aucti MO3 Big 20.06.2022 No25-01/13739/2-22 y sxocTi KoMmapaTopa
st aikyBanHg MIIC VI tuny y nopocnux ta aiteit OyB mpoBeieHHH y 0azax JaHUX
PubMed, The Cochrane Library database, Trip Database y 1Box cTpaTerisix nomyky.

KainiyHe nUTAHHSA: BUBYUTHU KIIHIYHY €(PEKTUBHICTh Ta O€3MEKy rajicyibhasu B
MOPIBHSHHI 3 HAWKpaIIow MiATpUMYIoUor0 Tepamieto s jikyBanas MIIC VI tuny y
JOPOCIIUX Ta JITEH.

HocaipkyBana nonyJsuis - gopocii ta gitu 3 MIIC VI tumy.

JocaipkyBanuii JikapcbKuii 3aci6 - rajacynbdasa.

Komnaparop - Haiikpaiiia nigTpuMyrouda Tepamis.

OcHOBHI g0caiKyBaHi pe3yabTaTH - 12-XBHJIMHHUN TECT XOAb0H, 3-XBUIIMHHUN
miAHoOM Mo cxoJaX, O6-XBWIMHHUN TeCT XonbOu, (QYHKINS AUXaHHS, QYHKIIS cepIisd,
EKCKpEIlis IJ11KO3aMIHOTIIIKaHIB 13 ce4ero, MOOIYH1 peakiiii.

ITomyk 6yB mpoBeaeHuii B 6a3zax manux PubMed, The Cochrane Library database,
Trip Database. Poku myOumikamiii 3 2010 p. - 2022 p., momyk OyB OOMEKEHHIA
AHTJIOMOBHUMHU CTATTSIMHU Ta IIOBHOTEKCTOBUMH ITYOTIKAI[ISIMH.

Kpurepii BK/IOYEHHSI: CHCTEMaTW4yHI ONISIAM  Ta/abo  MeTa-aHalli3u
pPaHAOMI30BaHUX KOHTPOJBOBAHUX JIOCITIIKEHb, MPOCMEKTUBHUX Ta PETPOCTIEKTUBHUX
oOcepBalliiHUX JOCTIKEHb 3 BUBYCHHS €(DEKTHBHOCTI Ta Oe3MeKku rajacynbdasu s
nikyBanust MIIC VI tumy.

KpuTtepii BUK/JIIOYEHHN: TOCTIIHKCHHAS (DapMaKOKIHETUKA Ta (hapMaKOIUHAMIKH,
TOKJIIHIYHI  JOCHIJDKEHHS, pPaHAOMI30BaHI Ta HEPaHAOMI30BaHI  JOCITIIKCHHS,
BIJICYTHICTh MIPEACTABICHUX PE3yIbTaTIB, TOCTIKEHHS, OMyOIiKOBaH1 HE aHTIIHCHKOIO
MOBOIO.

Kurouogi cioBa momyky: Mucopolysaccharidosis VI, MPS VI, Maroteaux—Lamy
syndrome, Galsulfase, Naglazyme, N-Acetylgalactosamine-4-Sulfatase, thASB, enzyme
replacement therapy. 3actocoByBanucs ¢inbTpu: Meta-Analysis, Systematic Review,
full-text, English.

3a nanumu Tpbox 0a3 gaHux Oyino BuUsiBIeHO 7 myOumikaimiil. Ilicias BUkiIrOYeHHS
nyOJiKaTIB, BAUUTKU 3arojIOBKIB Ta a0CTPaKTIB 1 MEPEBIPKHU BIAMOBIAHOCTI MyOiKaI(ii
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BU3HAYEHOMY KJIIHIYHOMY MHTAHHIO ISl MOJAJBIIOrO aHamizy Oyino BimiOpano 2
cucteMaTuuHi ornsau Brunelli et al., 2021' ta El Dib and Pastores, 2009°°.

Mertoro cucrematuuHoro orysiny Brunelli et al.,2021 Oyno ouiHUTUA €(EKTUBHICTh
ta 6e3neky JikyBaHHs MIIC VI tuny 3a nonomororw ®3T rancynbhaszoro MOpiBHAHO 3
IHIIMMH BTpY4YaHHSAIMU a0o miane6o/0e3 BTpyyaHHS.

IlepBUHHMMHU KiHIEBUMH TOYKAMM OyiIu (YHKIIOHANbHI TeCTH: 12-XBUIMHHUN
TECT XOAb0H, 3-XBUIMHHUH ITIIHOM MO CX04aX, 6-XBHJIIMHHUN TECT XOIbOH.

BropunnuMn kiHueBMMH TOYKaMM Oynu: GyHKUIA Jeredb (00'eM GpopcoBaHOrO
BUaMXy 3a nepuy cekyHny (ODBI1), ¢opcoBana xurreBa emHicTh JiereHb (DIKEID);
GyHKIIA ceplis; 3MiHA €KCKpeLii II1KO3aMIHOTJIIKaHIB 13 cedero; Z OLIHKH 3pOCTy Ta
Bar; 1HJEKC HIYHOTO alHOE-TIMOMHOE; AKICTh KUTTA (3 BUKOPUCTAHHSM MEPEeBIPEHOI
CUCTEeMHU OIlHKM, Hampukiaa SF-36); pyxauBicTh cyrio0a (3 BUKOPUCTAHHIM
NEPEBIPEHOI CUCTEMHU OLIHKH, HAMPUKIIAJ, Alana3oH pyXy cyrio0a, TeCTH Ha MILHICTb
3YCIUICHHSI Ta NIUIKa); 00 €M MEYIHKU Ta CeJE31HKU (BUMIPIOETHCS 3a JIOIMOMOTOKO
yIBTPa3BYKOBOIO JOCHKEHHS abo komm torepHoi Tomorpadii (KT) uepeBHOi
NOPOXKHUHM); ayJI0JIOTIUHA OIIHKA (3 BUKOPHCTAHHSIM MEPEBIPEHOI CHUCTEMH OIIHKH,
HANpUKIaJ TECTYBaHHS YHCTOTO TOHY, pEAaKIls CIyXOBOrO CTOBOypa MO3KY,
OTOAKyCTHYHA €MicCisl); TOO1YH1 peaKilii.

[Tomyx OyB mpoBeneHuii y Peectpi BunpoOyBaHb BpPOIKEHUX MOMHIIOK
MeTa0oIIi3My TPYIH MYKOIOJIiCaXapu103y Ta TeHETHYHHUX PO3JajiB Ta y 0a3ax JaHUX:
CENTRAL, MEDLINE, LILACS, Journal of Inherited Metabolic Disease, MixknapoaHii
mwiaThopMi  peecTpallii KIIHIYHUX JOCHIDKeHh BcecBITHBOI opraHizailii OXOpoHU
s3nopoB’st Ta ClinicalTrials.gov. byno BusBneno 601 myOmikariii, 3 skux 578 Oyio
BUKJIIOUEHO. {1 mojanpiioi oiHKA OyJIo OTPUMAaHO MOBHI TEKCTH 7 MOCHiKeHb (23
nocwinanHs). [licns moganeinoi aeranbHOi OMiHKK 6 mociipkeHs (17 mocunanb) Oynu
BUuKItOueHl. OTxe, y NaHUl CHUCTEeMAaTHYHHUN OIS OYyJ0 BKIIOYEHO JIMIIE OHE
JOCIiKEHHsT omucaHe y nyoOnikauii Harmatz, 2006°! 3a y4acTio NAli€HTIB, sKi
orpumyBann O3T rancynsdazoro y 1031 1 mr/kr (pekomOiHaHTHA apuicyibdaraza B
JIOJIUHK) a00 T1a1e00 npoTAroM 24 THXHIB.

Bxorouene mocnimpkeHHs OyJi0 paHI0MI30BaHUM, OaraToIeHTPOBUM, ILIane6o-
KOHTPOJIbOBAaHUM, TOJBIHHO-CinuM pociimpkeHHasM  ¢a3u I, ske ormiHOBaIO
edeKkTuBHICT, Ta Oe3meky raicynbdazu y mnarmiedtiB 3 MIIC VI tumy. ABropu
CUCTEMaTUYHOT'O OISy 3a3Ha4al0Th, 10 OYJIO MPOBEACHO TAKOXK 24-THXKHEBE BIAKPUTE
MPOJIOBKEHHST JOCTIPKEHHSI, 1 BCl yYaCHHUKH, SIKI OTPUMYBAIM IUIANE00 MPOTIATOM
nepmux 24 TWKHIB, pO3MOYANN JIKYBaHHS PO3YMHOM PEKOMOIHAHTHOI N-
arneTIiIranakro3aMin-4-cynbdarasu moauHn (pekoMOiHaHTHOI — apwicynbdarazu B
JIOJIMHU ), OJTHAK 1151 haza He OyJia paHI0MiI30BaHa, TOMY ii pe3yIbTaTi He OYJIU BKITIOUYEHI
B ormsan Brunelli et al, 2021. 3a OIIIHKOIO aBTOPIB CHUCTEMAaTUYHOTO OTJISITY
JIOCTOBIPHICTh JJOKA31B TOCTI/PKEHHS OyIia OIliHeHa K HI3bKa Ta Ty>Ke HU3bKA.

19Brunelli MJunqueira, Atallah AN, da Silva EMK. Enzyme replacement therapy with galsulfase for mucopolysaccharidosis type VI. Cochrane Database
of Systematic Reviews 2021, Issue 9. Art. No.: CD009806. DOI: 10.1002/14651858.CD009806.pub3.

20Regina P El Dib, Gregory M Pastores. A systematic review of new advances in the management of mucopolysaccharidosis VI (Maroteaux-Lamy
syndrome): focus on galsulfase. Biologics: Targets & Therapy 2009:3 459-468.

2'Harmatz P, et al. Enzyme replacement therapy for mucopolysaccharidosis VI: a phase 3, randomized, doubleblind, placebo-controlled, multinational study
of recombinant human N-acetylgalactosamine 4-sulfatase (recombinant human arylsulfatase B or hASB) and follow-on, open-label extension study. Journal
of Pediatrics 2006;148(4):533-9.
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Beboro 0ysno BkimodeHo 39 maiieHTiB BikoM Bix 5 10 20 pokiB 3 610XIMIYHUM a0o0
TeHeTUYHUM MIATBepAKeHHAM niarHo3y MIIC VI tuny, sxki mornm xoauTtu 0Oe3
CTOPOHHBOI JI0MIOMOTY NMPUHANMHI 5 METpiB 1 He OutbIe 270 METpIB MPOTATOM MEPLIUX
6 xBwiMH abo He Ouiblie 400 MeTpiB 3a TecToM 12-XxBUIMHHOI x01b0u. Kputepiamu
BUKJIIOYEHHSI OYyJM KIIIHIYHO 3HaudyIla KOMIIPECIS CIIMHHOTO MO3KY, CTaH 3/10pOB’sl 4H
1HIIIa 00CTaBUHA, sIKA MOKE MEPEIIKOKATU JOTPUMAHHIO JochaikeHHs. [lamienT Oynu
panaoMi30BaH1 y AB1 rpynu: 19 y rpyni rancynbdaszu (7 xaomuukis 1 12 qiBuat, cepeaHii
Bik 13,7 pokiB); 20 y rpymi miane6o (6 xsomuukis i1 14 giBuat, cepenniit Bik 10,7 pokis).
[lamienTn OynaM paHAOMI30BaHI Il OTPUMAaHHS BHYTPIIIHbOBEHHHMX 1H(Y31i
rancyiabdazu 1,0 mMr/kr abo po3umHy Iianedo mpoTaroMm 24 THUXKHIB, SKI BBOJIUIU
NPOTSITOM YOTUPHOX TOJWH OJMH pa3 Ha TIKIEHBb 3 2,5% 3aranbHoi JA03H, BBEIACHOIO
IPOTSITOM IEPIIOi TOUHH, & PEIITa IPOTITOM HACTYITHUX TPHOX TOJIMH. Y CIM MaIieHTaM
npuU3HAYaIv MpeMeanKanito 3 gumeaposnoM 0,5 mr/kr abo npomerazuHom 0,15 Mr/kr.

12-xBHIIMHHMI TeCT X0AbOM: y MAIIEHTIB IPYyNU Trajicyibdaszu 0yno 30UIbLICHHS
BIJICTaH1 X0/bOU MPOTATOM MEpIIUX 6 TUXKHIB JIKYBaHHA, IPU I[bOMY CTilike cTaOUIbHE
NOKpAILIEHHS 3aJUIIaIocss He3MIHHUM MK 18-m 1 24-M Tmkaem. Ha 24 twxui rpyna
rajicynb(azu NMpOJAEMOHCTpYBaJla 3HaYHE IMOKpAIIECHHS MOPIBHSAHO 3 Iutaniebo, mean
difference (MD) 92,00 metpu (95% CI Bin 12,0 no 172,0, P =0,03) (10xa3u qyxe HU3BKOI
SIKOCT1).

3-XBHJIMHHM I MiIIiOM 10 €X0AaX: MOKPAIIEHHS B IPYII TalCyib(a3u MOPIBHSIHO 3
miare6o Oyno Heznaunum, MD 5,70 cxoaurok 3a xBuimHY (95% CI Bix -0,10 o 11,50,
P =0,062) (noxa3u gy»e HU3BKOI SIKOCT1).

6-XxBUJIMHHME TecT X0ab0M: y nociimkenni Harmatz, 2006 6yno moBiAOMIIEHO, IO
Ha 24 TwKHI Tpyna rajcyibhasu nepepepiryBaia rpyny mianedo (e *oIHUX 3MIH He
CIOCTEpIrayiocsi) 3a MOKa3HUKOM JMCTaHIIII, MpONAeHOI MpoTsAroM 6 XBUIIMH MiJ Yac
npoBeaeHHs 12-XBUauHHOTO TecTy Xoapou, MD 53,0 metpa (95% CI Bix 16,0 1o 90,0,
P =0,007) (noka3u may»xe HU3BKOI SIKOCT1).

®IKEJL: Ha 24 TwxkHi He Oy0 CyTTEBOI pi3HUIll B abcomtoTHiN 3miH1 DIKEIT ms
rpynu rajacyiabhasu nopiBHsHO 3 rpymnoto miamnedo, MD -0,01 (95% CI Bix -0,08 go 0,06)
(mokazu y»xe HU3BKOI SIKOCTI).

MakcumajibHa J0BiJibHA BeHTWIsHiss (maximal voluntary ventilation, MVV):
pe3ynbTat He Oynu cTaTUCTU4HO 3Hauymumu, MD 1,90 (95% CI Bin -2,05 g0 5,85).

3MiHa ekckpeuil IIiK03aMiHOIJIIKAHIB 3 ce4er: pe3yJbTaTH MOKa3alu 3HAYHY
PI3HUIIIO HA KOPUCTH TpynH Tancynbdazu Ha 24 Twxkni, MD -227,00 (95% CI Bin -264,0
10 -190,0) (moka3u HU3BKOT SIKOCTI).

3a TakumMu KiHHeBUMHM Toukamu sk O®B1 Ta pyxuuBicTh CcyriaodiB y
cucteMaTHIHOMY orisifi Brunelli et al., 2021 anami3 He TPOBEIEHO, OCKUIBKH B
nyomnikamii Harmatz, 2006 6yno 3a3Ha4eHO JUIIIE PO BiICYTHICTH PI3HUII MIXK TPyIIaMu
0e3 MpeICTaBIICHHS JaHUX.

IMo6iuni peaxuii: Ha 24 TimxH1 He ciocTepiranocs ICTOTHUX BIAMIHHOCTEH 10/10:

- CMEPTHOCTI (HYJb B OYyIb-sIKiM rpymi);

- OO1YHI1 SIBUINA, MOB’s3aH1 3 MPUHOMOM Jikapcbkoro 3aco0y - RR 1,93 (95% CI
Bix 0,89 no 4,17);

- cepiio3ni moOiuHi siBuma - RR 0,79 (95% CI Bix 0,20 no 3,07);

- TspKK1 moO1uH1 sBuia - RR 1,05 (95% CI Bix 0,31 go 3,62);
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- mo6O1yHi siBuIA mig yac iHdy3ii - RR 1,45 (95% CI Big 0,75 no 2,80);

- moO14YH1 SBUILA, OB’ s3aH1 3 MPUIOMOM J1KapChKOro 3aco0y mia yac iH(py3ii - RR
2,63 (95% CI Big 0,99 no 6,98).

He Oyno mpencraBiieHO pe3yibTaTiB B CUCTEMAaTUYHOMY OTJISA/Il 32 HACTYIHUMH
KIHIIEBUMU TOYKAaMH: 3arajbHa €MHICTh JIETEHIB, (PYHKIlisI ceplsi, Z OLIHKH 3pPOCTYy Ta
Barv, 1HJEKC HIYHOI'O aIHOE-TIMOMMHOE, SAKICTh KHUTTSA, 00 €M ICUIHKHA Ta CEJIC3IHKH,
ayJ10JIOT1YHA OLIHKA, OCKUIBKU Pe3yJbTaTu BiICYTHI y BKiItoueHoMmy PK/I.

ABTOpPM CHUCTEMAaTHYHOIO OIJISIIy HE BIEBHEHI, YU € raicyibdaza OulbIl
e(heKTUBHOIO y MOPIBHIHHI 3 Twiare6o 11 ikyBanHs namnieHTtiB 3 MIIC VI tuny, 3a 12-
XBUJIMHHUM TECTOM XOJb0M a00 3-XBWIMHHHUM ITiIHOMOM CXOJaMH, OCKUIBKH
JOCTOBIPHICTh JJOKa3iB Oya OIiHEHA SK AYy’Ke HU3bKa. ABTOPH CHCTEMATHYHOTO OTJIS Ty
BUSIBWIH, 110 Tajicyib(aza MOXKe 3HUKYBAaTH PIBEHb INIIKO3aMIHOIIIIKaHIB y cedl. Takox
aBTOPU CUCTEMATHYHOT'O OIJISy HE BIIEBHEHI, YU € SKICh BIIMIHHOCTI MDK T'pynamu
JIKYBaHHS IIOJ0 CEpLEBOi 4K JIereHEeBO1 (PYHKI[H, 00 €My NEYIHKM YU CENEe31HKH,
HIYHOT'O alTHOE-T1MOMHOE, 3pOCTY Ta Baru, AKOCT1 )KUTTS Ta Mo6iuHux edexri. HeoOxiaH1
MOJIAJIBIII JOCHIKEHHS 111 OTpUMAaTH 1H(opMallii Ipo T0BrOCTPOKOBY €(DEKTUBHICTD Ta
oesnexy 3T rancynbdaszoro.

OTtxe, pe3ylabTaTH MPEACTABIECHHOIO CUCTEMAaTUYHOro orysiny Brunelli et al.,2021
3aCHOBaHI Ha JaHUX OJIHOTO 24-TH)KHEBOTO PaHJIOMIi30BaHOr0, 0araToIEHTPOBOTO,
m1a1e00-KOHTPOIBOBAHOT0, MOJIBiitHO-CiTinoro gocaipkeHnsm ¢daszu I, Tancynedasza
NOPIBHSHO 3 TUIane00 NPOJAEMOHCTpyBaja MOKpPAIIeHHS 3a |2-XBUJIMHHUM TECTOM
xonp0u, MD 92,00 metpu (95% CI Bix 12,0 no 172,0, P = 0,03). Ha 24 TuxHi rpymna
rajicynbdazu nepeBepinyBajga rpyny Imianedo 3a MOKa3HUKOM JAMCTaHIIlI, TPOHIeHOT
IPOTATOM 6 XBHJIHMH M1 yac 12-XBHIIMHHOTO TecTy Xoas0u, MD 53,0 metpa (95% CI Bin
16,0 10 90,0, P =0,007). Takox crioctepirajgocst TOKpaIieHHs 3a KUTbKICTIO TiTHOMIB 1O
cXoJiax MijJ 9ac 3-XBUJIMHHOTO migiiomy mo cxonax, MD 5,7 (95% CI Bix -0,10 mo 11,50,
P =0,062) y rpymi rasicynbshazu mopiBHIHO 3 M1a11e00, aje pi3HUIsl He Oyiia CTaTUCTUYIHO
3HauyIor. Jlokaszu 3a BKa3aHUMHU TOYKAMHU JTy>K€ HU3bKOI SIKOCT1. Pe3ynbTaT mokazanu
3HAYHY PI3HMITIO HA KOPUCTh TPYIH TAICYIb(]a3u y 3MiH1 €KCKpeIlii TI1iKo3aMiHOTTiKaH1B
y ceui, MD -227,00 (95% CI Bin -264,0 no -190,0) (moxa3u Hu3bKoi sikocTi). He
CrocTepiraiocss BiIMIHHOCTEH TIpH 3aCTOCYBaHHI rajicyiabdasu Ta I1ianedo 3a
HACTYMHUMH KiIiHIYuHUMHA Toukamu: O®B1, ®XKEJl, pyxmuBicts cyrino6iB. He
CIIOCTEPIraJiocss ICTOTHUX BIAMIHHOCTEH IIOAO BUHUKHEHHS ITOOIYHUX SBHIL IPU
JiKyBaHHI rajcyiabhas3oro Ta miane6o.

Ilim wac mnpoBemeHHs aepxkaBHoi OMT 3a CKOPOYECHOI TMPOLETYPOIO
YIOBHOB)XCHHM OpraHOM Oyia MpOBE/eHa OIiHKa METOJIOJOTIYHOI SIKOCTI myOmikarii
Brunelli et al.,2021 3a agantoBanuM nuctoMm omiHKA SIGN 50 (Methodology Checklist
1: Systematic Reviews and Meta-analyses)?>. B cuctematnunomy ornsni Brunelli et
al., 2021  d4iTKO BHW3HAYCHE KIIHIYHE TMTaHHSA, B  MyOdikamii  3a3Ha4eHi
KpUTEPii/BUKITIOYCHHS; HaBe/eHa iH(opMallis MO0 MOIIyKYy, BiIOOPY Ta BHIIYYCHHS
JAHUX; TPEJICTABICHO XapaKTePUCTUKH BKIFOYCHOTO Ta BUKIIOYCHUX JOCIITKCHb.
MeTtononoriyda  SIKICTh  BKJIFOYEHOTO  JOCHTIIKEHHS OIlIHEHA, BHUKOPHCTOBYIOUH
IHCTpYMEHT OlIHKM pu3uky Cochrane Ta moBigomiieHa HaJEXKHUM YUHOM. 3a3HA4yeHI

22https://www.sign.ac.uk/what-we-do/methodology/checklists/
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JoKEpesa MATPUMKH, TpOo KOHQIIKT IHTEpECiB HEe 3a3HaYeHO. TakuMm 4rMHOM, TyOsiKalis
Brunelli et al.,2021 Bianosimae OuibiocTi KputepliB oniHku SIGN Ta Mae BUCOKY
METOJ0JIOTIYHY SIKICTh.

Meroto iHmoro cuctemaruunoro orysiny El Dib and Pastores, 2009 Oyna oliHka
edeKkTUBHOCTI Ta Oe3mneKku rajicyiabdasu MOpIBHAHO 3 IUIanedo/0e3 BTpydyaHHS NpH
nikyBanHs nauieHTiB 13 MIIC VI tuny. [lo cuctematuunoro ornsay El Dib and Pastores,
2009 6yno BkitoueHO 2 mgociimkeHHs (3 myOsikailii): OJHOIICHTPOBE paHJIOMI30BaHE,
nozaBiiHo-chine (azu I/II mocmimxenns rancynbdasu y mo3i 1,0 Mr /Kr mopiBHSHO 3
no3oto 0,2 mr/kr, siky BBoguiu npoTsirom 48 trxkHiB 7 aitam 13 MIIC VI tuny (myOnikamii
Harmatz 2004/Harmatz 2005) Ta OGaratoleHTpOBe, paHIOMI30BaHE, MOJIBiiTHO-CIIMeE,
iane0o-KoHTposboBaHe gochimkeHHs ¢asu IIl, B sikoMy BuUBYanu e(eKTUBHICTH Ta
oesnexy rancyibdazu y 1031 1,0 Mr /Kr mopiBHSHO 3 T1ae00 mpoTIroM 24 THXKHIB MPU
nikyBanHs 39 mnamienrtiB 3 MIIC VI tuny (nmy6nikauis Harmatz, 2006). Pe3ynbratu
BKAa3aHUX JIOCIIKEHb He Oynu y3arajbHEH1 aBTopamMu myOiikaiii 3a JOMNOMOTOI0
NPOBEJICHHS METa-aHaji3y, OCKUIbKM MOPIBHIOBAHI BTPYYaHHsS OynH pi3HUMHU. Takox
aBTOPYM CHCTEMAaTHYHOTO OIJISAYy 3a3HayarTh, MO OCKUIBKM KUIBKICTh BKJITIOYCHUX
JOCJIIJDKeHb OyJla HEBEJIMKOI, TO, UMOBIPHO, HE OyJ/i€ 3HAMICHO >KOHOT CTATUCTUYHO
3HAYYIIO1 PI3HUII Y pe3yabTaTax.

3a BHCHOBKaMH aBTOpIB cuctematudHoro orisiny El Dib and Pastores, 2009
ICHYIOTh JI€SIK1 JIOKa3u Ha MiATPUMKY 3aCTOCYBaHHs rajicyibdasu npu JikyBanHi MIIC
VI tumy. IIpore depe3 HU3bKY KUIBKICTh BKJIIOYEHUX JOCIIIKEHb aBTOPHU
CUCTEMAaTHUYHOI'O OTJISIy HE 3MOMIM MpOAaHANI3yBaTH iX HAJIEKHUM YHUHOM.
CuctemMaTUYHUN OIJISA] MIIKPECIIOE HEOOXTHICTh MPOJOBXKEHHS JOCIIKEHb II0J10
3actocyBanHsi ®3T MIIC VI tumy.

Takoxx OyB mpoBeIeHUM MONIYK JKeped AOKa30BUX JAHUX II0AO0 MOPIBHSIBHOT
KIIHIYHOT eekTUBHOCTI Ta Oe3neku rancynbdazu st jgikyBanus MIIC VI tumy y
nopocaux ta aiterd mopiBHsaHO 3 TI'CK B 6a3ax nanux PubMed, The Cochrane Library
database, Trip Database. 3a pe3ynbraTaMu NpoOBEACHOTO MOMIYKY Y BIIKPUTOMY JOCTYTI1
He Oyl0 BHSBJICHO BTOPHUHHUX Ta TMEPBUHHUX JDKEPEN JIOKA30BUX JaHUX MO0
MOPIBHSAIBHOI KIIIHIYHOT €peKTUBHOCTI Ta Oe3neku rayncyinbdazu nopisusao 3 TT'CK mis
nikyBanust MIIC VI tuny y nopociux ta aiTei.

Onuak mig yac momyky Oyna 3Haiinena nyonikauis S. Turbeville et al., 20117, B
AKii mpeacTaBieHi KniHiYHI pe3ynbraty namientiB MIIC VI tuny micns TI'CK. Ananis,
MpeICTaBICHUN B JaHii myOutikailii, OyB 3A1ICHEHUH 3 BUKOPUCTAHHSIM CYKYITHHUX JIAaHUX,
3i0panux lleHTpoM MDKHApOAHHWX AOCTIIKEHb TPAHCIUIAHTAIlli KPOBI Ta KICTKOBOTO
Mo3ky (Center for International Blood and Marrow Transplant Research, CIBMTR), 3
METOI0 BH3HAYEHHS WMOBIPHOCTI 3arajibHOI BUKMUBAHOCTI Ta YaCTOTH 3aXBOPIOBAHOCTI
namienTtiB 13 MIIC VI tuny nicis anorernnoi TI'CK. B nanuii anaii3 0yino BKiIrodeHo 45
namienTis, ki npoumyn TI'CK Ta mogamm mani no CIBMTR mix 1982 12007 pokamu.

OcHOBHUMH  pe3yiabTaTaMu Oynu: 3arajbHa  BIDKMBAHICTh, BIJHOBJICHHS
HEUTpoUIiB, BUZHAUYCHE SIK Yac JO JOCATHEHHSI a0COJIFOTHOI KUTBKOCTI HEUTPOUIIB >
500 weWTpodUIIB/MA TPOTIrOoM 3 MOCHIJOBHUX [HIB, 4YacTOTa TOCTPOI peakiii
TpaHcIIaHTat npotu rocnojaps (gami - PTIID) 2-4 crynens, yactora xponiunoi PTIIT.

23S. Turbeville et al. Clinical Outcomes following Hematopoietic Stem Cell Transplantation for the Treatment of Mucopolysaccharidosis VI. Mol Genet
Metab. 2011 Feb; 102(2): 111-115. doi: 10.1016/j.ymgme.2010.09.010
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3aranom Oyno BkitoueHo 45 maiieHTiB 3 MIIC VI tuny, siki oTpuMainu ajloreHHy
TI'CK. CepenHiii BIK MalieHTIB HA MOMEHT TpaHCIUIAHTaLlll CTAHOBUB 5 POKIB (Aiana3zoH
1-22 pokn). Tpuausate aeB'sTh naiieHTiB (87%) Ha MOMEHT TpaHCILIAHTaIlll OyJd Yy BiIll
Bim 0 mo 9 pokiB. KictkoBuii M0o30k OyB TpaHcmantatoM y 31 manienta (74%),
nynoBuHHa KpoB - y 10 mamieHTiB (24%) 1 nepudepuyna kpoB y 1 mamienta (2%).
HBanusats cim (60%) mamienTiB orpumanu TI'CK Big HecmopimHeHoro goHopa, a 15
(33%) naiieHTiB - BiJl CIIOPIAHEHOTO JOHOPA.

3arajibHa BHKMBaHicTh: VIMoBipHicTs BrkuBaHocti (95% CI) craHoBHna 78%
(65-89%) uepe3 100 nuiB, 66% (52-79%) uepe3 1 pik 1 3anumanacs 66% (52-79%) yepes
3 poku micas TpaHcmiaHTamii. Xoda po3Mip BUOIpKH OyB OOMEXKEHHUM, pIK
TpaHCIUIAHTAIlli HE BIUIMHYB HAa pIBEHb BI)KHBAHOCTI. YUepe3 BITHOCHO HEBEIIUKY
KUIbKICTh TAIIEHTIB PIBE€Hb BHKUBAHOCTI 0 1995 poky OyB uucenbHO, ajieé HE3HAYHO
BUIIMM, HIK Ticas 1995 poky. HalinmommupenimuMu npuauHaMu cMepTi Oynu iHdexis
(44%) ta opranna HegocTaTHICTh (31%).

BinnoBienns Heiitpodiii: [ndopmarris mpo BifHOBICHHS a0COMIOTHOT K1JIBKOCTI
HehTpod 1B Oyna moctynHa s 33 marienTiB. KymymnsatuBaa yactora oxyxanHs (95%
CI) yepe3 28 1 35 nuiB ctanoBmiIa 88% (75-97%) 1 91% (79-98%), BiamoBigHO.

I'ocTpa Ta xponiuna PTIII': byna nocrynHa iHdopmaiis 115 34 namieHTIiB, y SKUX
po3Bunynacs roctpa PTIII" 2-4 ctynens (n=15), 3-4 ctynens (n=34) ta xponiuna PTTI"
(n=19). Kymynsatusna vacrora (95% CI) roctpoi PTIII" 2-4 crynens i1 3-4 cTynens 3a
100 guiB cranoBuia 36% (21-53%) 121% (9-36%), BianoBigHo. Opranu, siKi HalyacTiIe
Oynu ypaxkeni npu po3Butky PTIII: mkipa (93%), neuinka (73%) 1 kumkiBHUK (47%).
CyxkynnHa yactota xpoHiuHoi PTTII" uepes 2 poxu cranosuia 17% (6%-33%).

3a BUCHOBKaMHU aBTOpiB myoOuikamii cepea 45 mamientis 3 MIIC VI tumy, ski
orpumanu ainoreHny TI'CK npotsirom 25 pokiB, roctpa PTIII" Bunukna y 44% mnarnieHTiB.
MmoBipHicTs BrkuBanocti (95% CI) cranosuna 78% (65-89%) uepes 100 nuiB Ta 66%
(52-79%) - ywepe3 1 i 3 poku. Xoua AaHi aHanizy 0OMEXKEHi, BOHU MOXYTh JOIOMOTTH
KJIIHIIKCTaM OIlIHUTH BIAHOCHI PU3MKH Ta MEpPEBaru JOCTYITHUX METOJIIB JIKyBaHHSI.

Ilin dvac mnpoBeneHHs aepxkaBHoi OMT 3a CKOPOYEHOI TMPOLEIYPOIO
YIIOBHOBA)KEHUM OpraHOM OyJia MpOBeIeHAa OI[iHKAa METOIOJIOTTYHOT IKOCTI ImyOikarii S.
Turbeville et al., 2011 3a agantoBanum jauctom oiiHkd SIGN 50 (Methodology Checklist
3: Cohort studies)?*. 3a pe3yabTaTaMy OLIHKM BCTAHOBJIEHO, III0 METOMOJOITYHA SAKICTh
nyomikanii S. Turbeville et al., 2011 € HU3BKOIO.

3) nani momo pe3yabTariB  e()eKTHBHOCTI BHUTPAT BiANOBIAHO 10
PEKOMEH/I0BAHOI NIKAJIM TPAHUYHUX 3HAYEHb IHKPEMEHTAJBLHOI0 MNOKA3HUKA
epekTHBHOCTI BUTPAT B YKpaiHi

BignoBigno mo 1.7 Ilopsaxky mpoBeneHHS JEp)KAaBHOI OINHKA MEIWYHUX
TEXHOJIOT1H, 3aTBepKkeHoro nocranoBoro KMV Bin 23 rpyaas 2020 p. Ne 1300 (maumi -
ITopsinok), neprkaBHA OIIHKA MEIWYHUX TEXHOJIOTIM 3a CKOPOUYCHOKO MPOIEIYPOI0 HE
nepenbavae  TPOBEJEHHS  aHamily  €(GeKTHBHOCTI  BUTpAT Ta  PO3PAXyHKY
1HKpeMeHTanbHOro noka3Hnuka edextuBHocTi BUuTpaT (ICER) B Vkpaini.

4) nani mWOA0 €KOHOMIYHOI JOHIIbHOCTI (edeKTHUBHOCTI BUTPAT, aAHAJII3Y
BIUIMBY HA NMOKA3HUKHU 0K0/2KeTy) BUKOPUCTAHHS JiKapcbhbKOro 3acoly

Z*https://www.sign.ac.uk/what-we-do/methodology/checklists/

17



Tancynvpaza ona aikysanns nayienmis 3 mykononicaxapuooszom VI muny, 01.09.2022

Bianosigno mo n.7 Ilopsaky, aep:xkaBHa OMT 3a CKOpOYEHOIO MPOLEIYPOIO
nependayae NPOBEJEHHS aHaI3y BIUIMBY Ha MOKA3HUKH OIOJKETY B YKpaiHi.

B pamkax mnpoBenenHs gepxaBHoi OMT 3a CckOpoUe€HOIO TPOUEAYPOIO
YIOBHOB&)XEHUM opraHoM 3 jnepkaBHoi OMT BigmoBigHO 10 Meroaosorii OyB
MIPOBEICHUI aHai3 BIUIUBY HA MOKAa3HUKU OIODKETY y YaCTHHI pO3paxyHKY BUTpaT Ha
MEJMYHI TE€XHOJOrIi 3 YaCOBUM T'OPU30HTOM OJIMH PIK Ha MiJCTaBl NPAMHX MEIUYHUX
BUTpAT Ha JIIKapChbKUH 3aci0 3 MEPCIEKTUBH JAEPKABHOTO TUIATHUKA.

Merta: OIIHUTH MOJIEJIbHUM BIUIMB Ha OIOJIKET JIKApChKOTo 3aco0y rajucyibdazu
st ikyBaHHs natiedTiB 13 MIIC VI tumy.

Merton: aHalli3 BINTUBY Ha MOKAa3HUKH OFOKETY y YaCTHHI PO3PaXyHKY BHTpAT 3
NIEPCIICKTUBY JICPKABHOTO MJIATHUKA HA TaJICyJib(a3y 3 YaCOBUM TOPU30HTOM B OJIUH PiK.
AnHaniz nmpoBelleHUH Ha MiJACTaBl MPSAMUX MEIMYHUX BUTpAT Ha JIKApChbKUM 3acid 3
NEPCIICKTUBY JICP’)KABHOTO IIJIATHUKA, BH3HAYCHOI IILUTLOBOT MOMYJISIi TAIliEHTIB
BIJIMOBIJIHO JI0 IaHKX, HajaHuX y 3BepHeHHI MO3 Ykpainu (BianosiaHo g0 auctie MO3
VYkpaiau Big 09.06.2022 Ne25-01/12931/2-22 Ta Bixg 20.06.2022 Ne25-01/13739/2-22),
110 TIPEJICTaBIICHO y Ta0umii 1.

Kinpkicte mamientiB i3 MIIC VI tuny y 2022 poui, 1m0 notpedyroTh J1KyBaHHS
3asIBJICHUM JIIKApCHKUM 3aCO00M, CTAHOBUTH 8 0cCi0, cepesl sikux 2 ocodu >18 pokiB Ta 6
oci6 <18 pokiB. Po3paxynku Oyio mpoBeIeHO BiMOBIIHO 0 IHCTPYKIIii IS MEIUYHOTO
3aCTOCYBaHHS Ta 3 ypaxXyBaHHSIM TOTO, 110 Bara JOPOCIIOTO NaIllieHTa CTaHOBUTh 70 KT, a
Bara qUTUHU - 30 Kr.

BignoBigno gm0 mucra MO3 VYkpainum Big 20.06.2022 Ne25-01/13739/2-22
MEIUYHUMHU TeXHOJOoTisiMu TopiBHAHHS 11 JI3 rancynedaza € HIIT ta TI'CK. Ilpore
BIJIMTOBITHO /IO MPOBEJICHOT0 aHaji3y KJIIHIYHOI €()eKTUBHOCTI OYyJI0 BCTAHOBJIEHO, IO
3TITHO 3 MDKHAPOJHOIO MPAaKTUKOW rajcyibdaza € egunuM JI3 nmnsa crenudpiaHOTro
nmikyBanHs mnamieHTiB 3 MIIC VI tunmy, nuni raicynbdaza BikiaoueHa y Ilepemik
JiKapChKUX 3aco0iB, MEIMYHMX BHUPOOIB Ta JAOMOMDKHUX 3aco0iB 70 HHX, IO
3aKyIOBYIOThCS HAa BUKOHAHHS BIAMOBITHUX Yyroj (IOTOBOPIB), YKJIAJAEHUX 0OCO0OIO,
YIOBHOBa)KEHOIO Ha 3I1MCHEHHS 3aKyIiBelb Y chepi OXOpOHH 3710pOB’ sl JJIsl BAKOHAHHS
mporpaM Ta 3IHCHEHHS IIEHTpaIi30BaHUX 3aXOAIB 3 OXOPOHH 3JI0POB’S, IO
3arBepKeHni moctanoBoto Kabinety MinictpiB Ykpainu Bin 7 6epesns 2022 p. Ne 216
Ta BIJIMOBITHO 3a0€3MeUyEThCS Malli€HTaM B YKpaiHi.

Xo4a BIAMOBITHO JI0 pEKOMEHIaIiid AMEPHKAaHCHKOTO  TOBapuUCTBA 3
TpaHCIUIAHTaIlll KPOBi Ta KiICTKOBOro MO3Ky 2015 poky, KOHCEHCYCHHX PEKOMEHIaIlii
2019 poky ta HarmioHanpHUX pEKOMEHJIAIM IMOJ0 TPaHCIUIAHTAIlll TeMOIMOSTHIHUX
kimitaH [HaidceKoi paan Meauaaux gociimkenb 2021 poky TI'CK moxke Oyt BapiaHTOM
s mamierTiB 3 MIIC VI tumy, sxi MaloTh BiAMOBIAHOTO CIIOPigHEHOT0 AOHOpa (abo
HECITOPITHEHOTO JOHOpA), OJHAK 3a Pe3yJbTaTaMH MOIIYKY BTOPUHHUX Ta MEPBUHHUX
JoKepelt iHdopMallii y BITKpHTOMY JIOCTYII He 0YyJ10 3HAHEHO JaHWX 11010 IOPIBHSAIBHOT
KITiHIYHOT epeKTUBHOCTI Ta Oe3neku rancynbdazu ta TT'CK.

V 3B'M3Ky 13 BUIlI€3a3HAYECHUM, aHAII3 BIUTUBY Ha TTOKAa3HUKHU OIOJKETY MPOBEICHO
BUKJTIOYHO JJIs1 “I1F0YOTO0 clieHapito” (3acTocyBaHHs crienudiuyHoro JikyBaHnHs), a HIIT
ta TI'CK He po3rasganucs sk MEAUYH1 TEXHOJIOT1i MOPIBHSIHHS ISl IPOBEICHHS aHATI3Y
BITMBY Ha TIOKa3HUKU OIOKETY.
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Tabmuus 1. Anani3 BUTpaT Ha OJIHE BBEJEHHS Ta Ha PIYHUI KypC 3aCTOCYBaHHS
rajicynb(aszu AJid JIKyBaHHS MAllEHTIB 13 MyKomoiicaxapuo3oMm VI Tumy Ha OJHOrO
namieHTa

ITapamerpu I'ascynabgasa
Ckunan qitounx peyoBUH 1 M po3unHy MIiCTUTh 1 Mr rancynbdasu; 1
(b1aKoH MICTUTB 5 MT Tanicyibdazu
dopma BUITYCKY Ta JO3YBAHHA KOHIICHTPAT JIJIsl pO3YuHy s iH Y31
Cxema 3acToCyBaHHS 1 Mr/Kr Macu Tija OJIMH pa3 Ha TUKICHb
KpatHicTh BBeieHHS B piK 52
[ina 3a 1 dnakoH, rpH* 36 162,51%
Hopocni Himu
KinbkicTe ¢akoHiB Ha 1 14 6
BBEJICHHS
Butpatu Ha 1 BBeieHHS, TPH 506 275,14 216 975,06
Burtpatu Ha naiienTa Ha 1 pik, 26 326 307,28 11 282 703,12
TpH

*6i0n06iono 0o aucma MO3 6i0 09.06.2022 NoeNe25-01/12931/2-22 onsa nposedents po3paxyHkie 6yio
BUKOPUCMAHO 3AKYNIBENbHY YIHY 3 OCMAHHbLO20 3A8EPUIEH020 MeHOepy 3a OAHUMU eNeKMpPOHHOL
cucmemu nyoniynux 3axkynieeno Prozorro sa pesynemamamu mopeis, npogedenux J[II «Meouuni
3aKynieni Yxpaiiu», wo 00CmynHi 6 e1ekmporHiu cucmemi nyoniyHux 3axKynigeo.

BinmosinmHo 10 mpoBeAeHUX po3paxyHKIB Ha ojHe BBeneHHs JI3 raicynbdasza
HeoOXximHO 14 (uakoHIB 11 OJHOTO JOPOCIIOro MarfieHTa Ta 6 (urakoHiB JyIs OJHIET
JTUTUHU, 110 Y BapTicHOMY BUMIpi (52 BeaeHHs) cTaHOBUTH 26 326 975,06 rpu Ta 11 282
703,12 rpH Ha piK JIIKYBaHHS BiJIIOBIIHO.

BiamoBigHOo 10 IHCTPYKIIIT 1711 MEUYIHOTO 3aCTOCYBAaHHS, KOHIICHTPAT ISl PO3UUHY
11 iHQ Y31 rancynbha3su HeoOXiTHO BBOJUTH y J03yBaHHI | MI/KT OJIMH pa3 Ha THXKICHb
y BUIJISAA1 BHYTPIIHBOBEHHOI 1H(]Y31i mpoTsirom 4 roauH. BapricTh JiKyBaHHS yciMma
JTIKApChKUMHM 3ac00aMy  PO3PaxOBaHO 3 MaTEMAaTHYHUM OKPYTJICHHSAM KUTBKOCTI
¢1akoHIB A0 HLIOTO YKcia y 01K 301IbIICHHS.

KinbkicTh malli€HTIB, IO MOXYTh MOTpeOyBaTH JIKyBaHHS Talcyiab(da3or 3a
TaHUMHM, HaJaHUMH y Aoaatky g0 aucta MO3 Vkpainu Bix 09.06.2022 Ne25-01/12931/2-
22, ctaHoBUTH 8 0ci0, cepen sikux 2 ocodu >18 pokiB Ta 6 ocib <18 pokis. Pesynbratu
aHai3y BIUTMBY HA MOKAa3HUKU OIOKETY MPECTaBICH] 3 YaCOBUM TOPU30HTOM B OJIMH
piKk TIpu 3a0e3MeyYeHH1 yciel KOropTu MarieHTiB rancynbdasoro (Tabmuis 2). Po3paxyHku
MPOBENICHO 3a CTAHIAPTU30BAaHUM IIAXOA0M (Bara Jopocioro mamieHta - 70 kr, Bara
auTiHY - 30 KT) Ta 32 IHAUBITyaIi30BAaHUM M11X010M (BIAMOBIIHO 10 MACH TiJIa KO)KHOTO
TAIlieHTa).

Tabnuis 2. Pe3ynbratu aHami3y BIUIUBY HAa TOKAa3HUKH OIOXKETY IIPH 3aCTOCYBaHH1
rajcynabdazu: 1ir04ni cleHapii

25 3aKymiBenbHa IiHA 3 OCTAHHBOTO 3aBEPIICHOr0 TEHAEPY 32 JAaHUMH EJICKTPOHHOI CHCTEMH MyOIIYHUX 3aKyIiBeab Prozorro - 10rosip mpo 3aKymiBiio
Big 05.11.2021: https://prozorro.gov.ua/tender/UA-2021-11-05-002669-b
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1 pik

KiabkicTh manicHriB
KimpkicTs maIi€eHTiB, IO 8
MOXYTh  NOTpeOyBaTH
JIKyBaHHS (32 TaHUMU, HAJJAHUMH Y
nonatky o aucta MO3 Ykpainu Bin
09.06.2022 No25-01/12931/2-22)

® jopocii 2 2

® JiTH 6 6
BurpaTn Ha BCIO mONyJIsilil0 NALI€HTIB, IPH
CrannapruzoBanu | InausinyasizoBanu

W miaxiza W miaxiza
Butpatu Ha rancynbdasy Ta BILUIMB Ha 120 348 833,28 124 109 734,32
OIOKET, TPH
® j0poci 52 652 614,56 45130 812,48
® JiTH 67 696 218,72 78 978 921,84

Pe3ynpTaTH MOJCNBHOTO aHai3y BIUIMBY Ha OrODKET B YKpaiHi, TOKa3aau M0
BUTPATH Ha 3aKyMmiBIIO Traicyib(a3d Ha Kypc JIIKyBaHHS OJHOIO TaIll€eHTa 3a
3aKyMIBEIBHOIO I[IHOK 3 OCTAHHBOI'O 3aBEPIICHOI0 TEHIEPY 3a JaHUMHU EJIEKTPOHHOT
cCUCTeMHM TyOJIYHUX 3aKymiBenab Prozorro (imentudikarop 3akymisiai: UA-2021-11-05-
002669-b), mo ctanoBuTh 36 162,51 rpH, cTaHOBAATH 26 326 307,28 rpH AJIST TOPOCIOTO
narienta ta 11 282 703,12 rpH majis OUTUHHU, IS JIIKYBaHHS KOTOPTH TAIli€HTIB (2
opocuX 1 6 JiTei) 3a CTaHAapPTU30BAHUM IMiAX0A0M cTaHOBIATh 120 348 833,28 rpH,
3a iHAMBIqyamizoBanuM - 124 109 734,32 rpH.

3Mo/ieIhOBaHUIl BIUIMB Ha OOJDKET JIKapchKoro 3aco0y raincynbdasza Oyio
MOPIBHSAHO 13 PEKOMEHJIOBAaHMMH 3HAYCHHSMU IIIKAJIW BIUIMBY Ha OrO/DKET B YKpaiHi,
BIJIMOBIIHO /IO aKTyaTi30BaHUX 3HAUYCHb PEKOMEH/JOBAHOI IIKAJM OIIHKH BIUIMBY Ha
Oro/KeT B YKpaiHi Ha MICTaBl JaHUX JIEp)KaBHUX BUTPAT Ha JIiKapchKi 3acoom y 2021
poIIi, Ta BCTAHOBJICHO, IO MPH 3aKYIIBIl raiucyibdasu, BIUIMB Ha OIO/HKET Ha | pik mpH
o0ox migxomax Oyzae BenmukuMm (mepesunyBatume 100 MIH TpH), ajlle MEHIIMM 32
pPEKOMEHI0OBaHEe MOPOTOBE 3HAUEHHS CTyNeHs (hiHAHCOBOI JOCTYIMHOCTI, IO CTAHOBUTH
176 miH rpH.

Takox BinmoimgHO 10 aucta MO3 Ykpainu Bix 09.06.2022 Ne25-01/12931/2-22 Ta
Bim 08.08.2022 Ne25-01/17921/2-22 ynoBHOBaXEHUM OpPraHoM OyJO0 J1OAATKOBO
MPOAHAII30BaHO TEPENIK BiMIIKOAYBaHb pePepeHTHHX KpaiHax Ta KpaiHax CximHOI
€BponH 3 METOIO MONTYKY I1iH (Ha piBHI BUPOOHMKA) HA 3asIBICHY MEIUYHY TEXHOJIOT1IO
ctanoM Ha 01.07.2022 (tabnuus 3).

Tabmuns 3. [inn Ha nmikapchkuit 3acib rancynbdasza B peepeHTHHX KpaiHax Ta
kpainax CxigHoi €Bponu
Kpaina Hina ‘ Ilina B ekBiBajieHTI*
Anbanisn?® BIICYTHS

26 https://fsdksh.gov.al/wp-content/uploads/2022/04/vendim-2022-04-13-230.pdf
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Binopyce?’ BiZICyTHS
Bounrapis®® 2 543,38 nep** 39 533,79 rpu
Bocnis i 'epuerosuna® BigCyTHS
I'penis® BiICyTHS
Ecronis?! BifCyTHS
Jlatsilicbka Pecry6iika®? BiICyTHS
Jlurea® BiICyTHS
Momngosa®* BiCyTHS
[TiBHiuHa Makeponisn™> BIJICYTHS
Pecry6uika [Tompma*® BiCyTHS
Pymynis?®’ BinCyTHS
Cep0is® BigCyTHs
Cnosanpka Pecriy6mika BiICyTHS
Cnosenisn® 1216, 61 eBpo 36 987,01 rpu
Vropmuna*! Bi/ICYyTHS
Xopsarisa*? 10 350,06 kyn | 41 779,05 rpu
Yecoka Pecriy6mika® Bi/ICYyTHS
Yopuoropis* BiCyTHS

*3q ogiyitinum xypcom HEY cmanom na 01.07.2022%
**yina 3 peecmpy epaHuyHUX Yiun

Omxe, 1iHU Ha Tancynbdaszy 3HaMIeHO nuIle y nepenikax 3-x 3 19 kpain 1 1miHa 3a
pesyiabTatamu TOpriB, mpoBeneHux I «Menuuni 3akymiBiai Ykpaidu» Ha piBHI 36

2Thttps://www.rceth.by/Refbank/reestr_drurregprice/results

28https://portal.ncpr.bg/registers/pages/register/list-medicament.xhtml
2http://www.fmoh.gov.ba/images/federalno_ministarstvo_zdravstva/preporucujemo/Odluka_o_listi_lijekova_2021.pdf
3Ohttps://www.moh.gov.gr/articles/times-farmakwn/deltia-timwn/106 12-epikairopoihsh-deltioy-timwn-farmak wn-anthrwpinhs-xrhshs-me-enswmatwsh-
dioikhtikwn-metabolwn

3thttps://www.riigiteataja.ee/aktilisa/1160/6202/2003/SOM_09062022_m48lisa.pdf
3https://www.vmnvd.gov.lv/lv/kompensejamo-zalu-saraksti?utm_source=https%3 A%2F%2Fwww.google.com.ua%2F
3https://ligoniukasa.lrv.1t/It/veiklos-sritys/gydymo-istaigoms-ir-partneriams/kompensuojamieji-vaistai-ir-medicinos-pagalbos-priemones-
2/kompensuojamuju-vaistu-ir-mpp-aktualijos/aktualijos-4

3http://www.cnam.md/?page=157&
Shttps://fzo-org-mk.translate.goog/sifrarnik-lekovi-pzz?_x_tr_sl=mk&_x_tr_tl=ru&_x_tr_hl=ru&_x_tr_pto=sc
36https://www.gov.pl/web/zdrowie/obwieszczenia-ministra-zdrowia-w-sprawie-wykazu-refundowanych-lekow-srodkow-spozywczych-specjalnego-
przeznaczenia-zywieniowego-oraz-wyrobow-medycznych-ktory-wejdzie-w-zycie-1-lipca-2022-r

3Thttps://cnas.ro/lista-medicamente/

38http://rfzo.rs/index.php/osiguranalica/lekovi-info/lekovi-actual

3https://www.health.gov.sk/Clanok?lieky202207

“Ohttps://www.jazmp.si/fileadmin/datoteke/seznami/SFE/Cene/cene_20220601.pdf
“Ihttp://www.neak.gov.hu/felso_menu/szakmai_oldalak/gyogyszer_segedeszkoz_gyogyfurdo_tamogatas/egeszsegugyi_vallalkozasoknak/pupha/Vegleges
_PUPHA html

“?https://hzzo.hr/poslovni-subjekti/zdravstvena-zastita/lijekovi/objavljene-liste-lijekova
“Shttps://www.sukl.cz/sukl/seznam-leciv-a-pzlu-hrazenych-ze-zdrav-pojisteni
“https://fzocg.me/ckfinder/userfiles/files/folder_13/Lista%20ljekova%20decembar%202022_g.pdf

4 https://bank.gov.ua/ua/markets/exchangerates?date=01.07.2022&period=daily
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162,51 rpu 3a 1 (rakoH, € HMKYOK 3a LIHM pePepeHTHUX KpaiH Ta KkpaiH CxigHoi
€Bponu y rpUBHEBOMY €KBIBAJICHTI.
Takox BinnosigHo 1o tucta MO3 Ykpainu Bix 26.07.2022 Ne 25-01/16746/2-22 ta

Big 08.08.2022

No25-01/17921/2-22 mono0 AOLUIBHOCTIL

VKJIaJaHHs JI0rOBOpIB

KEPOBAHOTO JOCTYNy YMOBHOBKEHUM OpPraHoM OYJ0 J0JAaTKOBO IPOaHaTi30BaHO
pexkomenaalii opranizamiii 3 OMT iHmumx kpain mosao JI3 rancynbdasa (tadauus 4).

Tabmuus 4. Pekomenpauii opranizanii 3 OMT B iHmux kpainax mogo JI3

rajicynbdaza

OMT oprani3anis

Pexomenpanin®

Hauionanbuui
IHCTUTYT OXOPOHH
310pOB’A i
JOCKOHAJIOCTI
MeJIMYHOl J0IOMOI'H
Beaukoi bpuranii
(National Institute
for Health and Care
Excellence, NICE)

OnuiHka HEe MPOBOIUIIACH

Koncopuiym 3
JiKapcbKHX 32c00iB
IHoTaanaii (Scottish
Medicines
Consortium, SMC)

Or1iHKa HEe MPOBOIMIIACH

Hanionansnui
OpraH 3 NUTaHb
OXOPOHM 3/10POB'si
®panuii (Haute
Autorité de santé or
French National
Authority for
Health, HAS),
2006, 2014Y

2006: TTokpamenus paxtuynoi Burogu (ASMR) - 3 ornsiny Ha
cepitozricte MIIC VI Tunmy Ta BIACYTHICTH OYAb-SKOTO
aNTbTEPHATUBHOTO MEIMKAMEHTO3HOrO JIiKyBaHHs, Harmazum
3abe3reuye MoMipHe MOKpameHHs GakKTUIHOT BUTOIU (PIBEHB
1) y nikyBanni MIIC VI tumy.

TepaneBTruHEe BUKOPUCTAHHS

Kpim cumnromatnunoi Tepamii, exuanm jgikyBanHsM MIIC VI
TUITy € alOTeHHA TPAHCIUIAHTAIlisA KiCTKOBOTO MO3KY. Ii cii
IPOBOJIUTH Ha paHHii cTamii 3aXBOPIOBAHHS.
BuyTtpimasoBeHHe BBeJeHHST Harnasumy - 1e 10BrocTpokoBa
®3T mis mamieHTIiB 13 miarBeppkeHuM giarHozom MIIC VI
TUITY, BKJTIOYAIOYH TAIIEHTIB JI0 5 POKIB.

Kowmiter pekomenayBaB BKIWYMTH Harnmazum g0 mepemiky
JTIKapCchKUX 3ac00iB, 3aTBEP/KCHUX IS BUKOPUCTAHHS
JTIKapHSMU Ta PI3HUMU JEP>KaBHUMU CIIYKOaMHU.

Komiter monpocuB HajgaTH J0IaTKOBI JaHi1 CIIOCTEPEKEHHS 3a
namieHTaMu TpoTIroM 12 MICAIIB i1 OHOBJICHHS OIIIHKU
J1KapChKOTO 3ac00y uepe3 3 POKH.

“Shttps://www.has-sante.fr/jcms/c_460176/fr/naglazyme-galsulfase
“Thttps://www.has-sante.fr/jcms/c_1769786/fr/naglazyme-galsulfase-enzyme
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ExoHoMiuHa OLiHKA He MPOBOAUIACS.

2014: Kowmicis pekoMeHaye 30eperTd BKJIIOYEHHS [0
nepetiKy JIKapChbKUX 3aC001B JO3BOJCHUX ISl BUKOPUCTAHHS
st O3T y mamientiB 3 migrBepxeHum MIIC VI tuny
(medpiuutr  N-amerwinranakrosaMin-4-cynabdarasu, CHHIPOM
Maporo- Jlami) 3 103yBaHHSIM 3a3HAYE€HUM B IHCTPYKIII.
ExoHOMiYHA OLiIHKA HE MPOBOIWIACH.

Kanancbke
areHTCTBO
JIiKapCcbKHX 32c00iB
Ta MeTUIHUX
TexHoJiorii (The
Canadian Agency
for Drugs &
Technologies in
Health, CADTH),
20154

PexoMeHI0BAaHO BKJIIOYHUTH TaJCylb(asy A0 MeperiKy s
tpuBanoi ®3T mig maiieHTiB 3 MATBEPKCHUM J1arHO30M
MIIC VI tuny npu 10TpUMaHH1 KITHIYHUX KPUTEPIiB Ta YMOB.
KiiniuHi kpurepii:

- TMAalieHTU nepedyBaroTh HA aMOyJIaTOPHOMY JIIKYBaHHI
Ta BIJIMOBIIAIOTH MiHIMaJIbHUM napameTpam
PYXJIMBOCTI;

- TMAIll€eHTH HE MAalOTh IHIIMX CEPUO3HUX 1 MOTECHIIIHHO
O0OMEKYIOUMX IS )KUTTS CYITyTHIX 3aXBOPIOBAHb.

YmoBu:

- JIIKyBaHHS MAIIEHTIB CJ1J] TIOYMHATH IIiJI HArJIs0M B
cremianai3oBaHIl KIiHIII, IKa Ma€ JOCBI J1arHOCTHUKU Ta
nikyBarHss MIIC VI tuny;

- mut Tepamii ¢ po3rIsAaTH B KOXHOMY OKPEMOMY
BUIAJKY [0 MOYaTKy Tepamii. SKumo 11 momnepeaHbo
BU3HAYEHI 1[I HE TOCATHYTI MiJ 9ac MOBTOPHOI OIIHKU
micias 24-THXKHEBOTO MPOOHOTO JIIKYBaHHS, JIIKYBaHHS
HE CJIi/1 IPOJIOBKYBATH;

- 3HAYHE 3HWXECHHS I[[1HU.

3a MOTOYHOIO LIHOK PO3YMHY JIJISi BHYTPIITHBOBEHHOT 1HPY31i
5 mr/5 M, mo cranoBuTh 1 535 nomapis CIIA (56 132,80 rph)
3a 1 (hakoH Ta NMpU PeKOMEH0BaHii /1031 1 MI/KT B THXKICHB,
3a ominkamMu CADTH Common Drug Review (CDR) piuna
BapTICTh JIIKYBaHHA Tajcyiab(}ha30r0 KOIUBAETHCS Bim 223 496
nonapiB CIIA (8 172 935,83 rpu) no 750 308 momapis CILIA
(27 437 713,13 rpH). BaprticTe nikyBaHHS Tajicyibhazon €
3HAYHOIO.

Piuna BapTicTh BUKOPHCTAHHS TaJCynb(a3w s MaIi€HTa
Baroo 25 Kr rmpu peKOMEHJ0BAaHOMY /103yBaHHI CTaHOBUTH 399
100 momapie CIHA (14 594 528,26 rpu). Butpatu nns
n’ situpignoro narierTa i3 MIIC VI tuny, skuit orpumyBaTUMe
rasicynbdasy npotsarom 20 pokiB, CKIaTaTUMYTh MPUOIH3HO 8
MUTBHOHIB momapiB (292 548 800,00 rpH) (nuiie BapTiCTh
JKapCchKOro 3aco0y rancyinbdasza, 63 AUCKOHTYBAHHS).
BpaxoByroun HasiBHI JjaHI Ta KOPOTKOCTPOKOBHUU XapakTep

“Shttps://www.cadth.ca/galsulfase-drug-plan-submission
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JOCIIKEHHSI, BaXKKO 3pOOUTH MPUITYIIEHHS 1I0A0 TOTO, KOO
MIPOIO BHUKOPUCTaHHS Taicyiab(a3zd 3 J0AaBaHHAM 7O
CTaHJAPTHOTO JIIKYBaHHS MOK€ BIUIMHYTH Ha BUKOPUCTAHHS
pecypciB OXOpOHHU 310pOB’s. ICHye HMOBIPHICTH TOTrO, WIO
rajcynbdaza mMatume (PiHAHCOBI HACHTIAKHU, SKI HEMOXJIUBO
OI[IHUTHU Yepe3 OOMEKEHICTh TaHuX. MoXHa IPUIYCTUTH, 110
BBEJICHHS Trajcyibdasu MoOXe 3MEHIIUTH BUKOPUCTaHHS
pECypCiB  OXOPOHHM  3/I0pPOB’s, HANpPUKIAJ, 3MEHIICHHS
KUIBKOCTI ~ TOocHiTami3aiiii, omepamiii 1 JIarHOCTUYHUX
npouenyp. Excniepram CDR He Oyno HagaHO »KOJHOT OIIHKH
MEIUYHUX Ta EKOHOMIUHHUX HACIAKIB J10/IaBaHHs Talicyibha3u
70 CTaHJAPTHOIO JIIKYBaHHS, 3arajibHi BHCHOBKH, 3arajioM
noaiOHi g0 Tux, ki 3poouB PBAC (ABctpaiis) y cBoemy
OTJISA/I1 JTIKApCHhKOTO 3ac00y rajicyibdasa.

lanscynbdaza € epexkTUBHOI TEXHOJOTIEK JIKYBaHHS Ta
no0pe nepenocuthes namientamu 3 MIIC VI tuny, ane npu
BHUCOKIH BapTOCTi rajcyibdazv, NOTEHUiHHOI eKOHOMIl Bij
BHKOPHMCTAHHS IHIINX pecypciB Moxke OyTH HEeI0CTATHBbO,
1100 KOMIEHCYBATH BUCOKI IIOPIYHI BUTPATH HA TaJICyNb(azy
3 IOAaBaHHSAM J0 CTaHJAPTHOTO JIKYBaHHS.

ABcTpasiiicbKui
KOHCYJIbTATUBHU U
KOMITeT 3
bapmaneBTHYHHX
nepesar
(Pharmaceutical
Benefits Advisory
Committee, PBAC),
20074

Ilpoepama JI3, wo pamyromo scumms (Life Saving Drugs
Program - LSDP) - BRJIIIOUEHO.

Cxema apmayesmuunux ninve (Pharmaceutical Benefits
Scheme - PBS) - He peKOMEeH/10BaHO.

byno mpeacraBieHo TmomepeaHIO EKOHOMIYHY OIIIHKY 3
BUKOPHUCTAHHSAM aHaII3y «cost-consequences». B anamniz 0yino
BKJIFOYEHO BUTPATH HA JIKAPCHKI 3aCO0H, SIK1 3aCTOCOBYIOTHCS
nepea  JIIKyBaHHSAM, pO3YMH rajcyibdasu, BHUTpaTH Ha
JIKYBaHHS CEPHO3HUX TMOOIYHUX SBHUI] 3 MOTPEOOO Y
rocmiTamizaii, JiKyBaHHS TMOOIYHMX SIBHII, SKI BHUMararTh
XIpypriyHUX Ta MIarHOCTUYHUX MPOIEAYP.

VY cepenHbOMYy JUIsi KOKHOTO TAIll€EHTa, SKUH OTPUMYBaB
rasicynbdazy (Ha JOJATOK 1O CTAHAAPTHOTO JIKyBaHHS)
3aMICTh IUIane00 mpoTsAroM 24 THXKHIB, JTOJATKOBI BUTpaTH
cknanmu <10 wminpiioHiB gonapis (254 956 000,00 rpu) 3a 24
THKHEBUH TIEPi10J] JTIKyBaHHS.

3Mo/eTb0BaHa €KOHOMIYHA OIliHKa He Oyja MpeacTaBlICHA,
OOTPYHTYBaHHSIM TaKOTO MiAX0My OyJo Te, M0 3MOIeThOBaHA
€KOHOMIYHA OIliHKa HEe JacThb J0JAaTKOBOi i1H(popMarii s
Kpaloi OI[IHKK €PEKTUBHOCTI BUTPAT rajicyb(asu y naieHTiB
3 MIIC VI tuny, BpaxoByoouu Te, 0 TPUBAIICTh KIIFOYOBOTO
JOCIIJIKeHHS (24 TUXKH1) 00MEXKY€E OLIHKY II0JI0 BUKHUBAHOCTI

“http://www.pbs.gov.au /info/industry/listing /elements/pbac-meetings /psd/2007-07/pbac-psd-galsulfase-rch-july07
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NAalIEHTIB, a TAKOX Te, 110 PIBEHb CMEPTHOCTI NPHU PI3ZHUX
XIpypriyHuX BTpY4YaHHAX JUIs JiKyBaHHs naiieHTtiB 3 MIIC VI
TUIY B JIITEPATYpPHUX JIKEpEIax HE BUSHAUCHUI.

Komirer moroauecst 3 TUM, IO I PO3IJISAY JAOLLIBHO HE
[10/1aBaTH 3MOJIETbOBAaHY €KOHOMIUHY OI[IHKY, aJleé BBaXXaB, 1110
pe3yJIbTaTH NONEPEIHBOT EKOHOMIYHOT OI[IHKH BKa3yIOTh Ha T€,
10 JIIKYBaHHS Tajcysib(}a3or IOB’s3aHE 3 HENPUIHATHO
BHCOKHM IHKPEMEHTAJIbHUM IOKA3HUKOM e(eKTUBHOCTI
BUTpAT.

PBAC BigxunuB 3asBKy Ha BKJIIOUEHHs TalbCyibdaszu 110
cxemu (hapMalleBTUYHUX MUIBI HA MIJICTaBl HENPUUHITHO
BUCOKOTO  IHKPEMEHTAJIbHOTO  IOKa3HUKa e(QEeKTUBHOCTI
Butpatr. [Ipore Komirer BkazaB, 110 BHUKOPUCTaHHS
rasicynbazu anga gikyBanHs MIIC VI tuny Bianosinae
kputepism [Iporpamu JI3, 110 pATYIOTE )KUTTS, BpaXOBYIOUH TE,
mo raicyiabdasza Hagae KIIHIYHY KOPHUCTh 3 TOYKH 30PYy
OCHOBHOTO pe3yibTaTy TecTy 12-TH XBWJIMHHOI XOABOU 1,
HMOBIpHO, 3HUKEHHS IIBUKOCTI eKCKperii
TJIIKO3aMIHOTJIIKaHIB ~ Oyjle TIOB’s3aHE 3 TEpeBarow y
BIKUBAHOCTI.

Tomy PBAC pexomenyBaB ypsy po3risiHyTH MOXKIIUBICTh
BKJIFOUEHHS rajcynbdasu 10 LSDP.

ArentcTBo 3 OMT
Ta TapudHOiI
cucremu Ilosabmi
(Agencja Oceny
Technologii
Medycznych,
AOTMIT), 2016

[Ipe3uneHT AreHTCTBa He PeKOMEHIY€ BiAmmKoayBaHHs JI3
rajicynbdaza s JIKyBaHHS MykomoJiicaxapunoszy VI tumy
(cungpom Mapo-Jlama).

VY 3BiTI 3a3Ha4€HO, IO BIJICYTHICTH €KOHOMIYHOTO aHAJI3y €
HEKOPEKTHUM IIIXOJIOM Yy TOTOYHHUX IPABOBUX yMOBax 1
YHEMOXIJIMBIIIOE  JIOCTI/DKEHHS] E€KOHOMIYHO1 e(eKTHUBHOCTI
OIIIHIOBAHOI TEXHOJIOTii B TMOPIBHSAHHI 3 BCTAHOBJICHUM
MOPOTOM TOTOBHOCTI TUIATUTH. HasBHI naHi CBig4aTh, M0
JTIKyBaHHA Tajicyib(ha30r0 Ma€e Iy>Ke BUCOKY BapTiCTh.

Hagitp sximo npunyctutu 100% edexruBnicTs JI3 (a mitkom
HMOBIPHO, IIT0 BOHA € HUKYO0I0), ToUuKa 0€330MTKOBOCTI, 0 Ha
2016 p. ckimanana 125 955 3norux (888 738,48 rpH), Oyna 6
NIEPEBUINCHA Y ACKLTbKA JECATKIB pasiB.

3a oIiHKaMH 3asBHUKA, TEXHOJIOTIO, IO OIHIOETHCS, OyAyTh
BUKOPHUCTOBYBAaTU 2 0cOOM Ha PiK. 3a TAKMX BUCOKHUX BUTPAT
HaBiTh 3a Jy)KE€ HEBEJIHMKOI KUIBKOCTI MAIll€HTIB, IO
noTpeOyOTh  JIKyBaHHS, (iHAHCYBaHHS 3a  PaxXyHOK
JIEpP’)KaBHUX KOIITIB CTBOPIOE 3HAYHE HABAHTAXKCHHS Ha
oromxet (5,86 mutH 3m0THX (41,35 MH rpH) 0€3 BUKOPUCTAHHS
KOH(1ICHITIMHOT I[IHOBOT MPOMO3HUIIii 3asBHUKA).

IncTuTYT SIKOCTI M

O1uiHka HE MPOBOANIIACH

30 https://bipold.aotm.gov.pl/index.php/component/search/? searchword=galsulfasum&ordering=newest&searchphrase=all
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eexTHBHOCTI Y
CHCTEMi OXOPOHH
310POB’s
HiMeyunHu
(Institut fir
Qualitit und
Wirtschaftlichkeit
im
Gesundheitswesen,
IQWiG)

ITaniiicbke
areHTCTBO 3
JIKapCcbKHX 32c00iB
(Agenzia Italiana
del Farmaco, AIFA)

OnuiHka HEe MPOBOIUIIACH

ATEHTCTBO
¢bapmaneBTHYHOIO
MeHEeKMEHTY
Hosoi 3eaanii
(Pharmaceutical
Management
Agency,
PHARMAC)

Or1iHKa HE TPOBOIMIIACH

Hauionaabunii
IHCTUTYT OXOPOHH
310POB's1
Hinepaanais
(Zorginstituut
Nederland, ZIN),
2007°!

Y 2007 poui Komiter dapmanesruynoi momomoru (CFH -
Commissie Farmaceutische Hulp) 3a3nauuB, mio rancynbdasa
Mae TeparneBTUYHY M0oAaHy KOpUCTh i marieHTiB 3 MIIC VI
tuny. JlikyBanHs rajiacyabda3zo0 Moxke TO3UTHBHO
BIUIMBATH Ha nmepedir 3axXBOPHOBAaHHS, aje [JaHi Npo
e(peKTUBHICTH Ta 0e3MeKy € 00MeKeHUMH.

Bapricte ¢akony rancynbdaszu 5 mi (1 mr/mi) ctaHoBUTh 1
445 eBpo (53 951,24 rpH) (3akymiBenbHa 1iHa, 6e3 [1IB). Jlnsa
narieHTa Baroro 20 Kr niopiuHi BuTpaTu cTaHoBIsATH 300 560
eBpo (11 221 858,44 rpn), s mamienta Baroro 40 xr - 601 120
€Bpo (22 443 716,88 rpH) Ta qs nairienTta Baroto 60 kr - 901
680 eBpo (33 665 575,32 rpH).

[Ilo6  yMOXIMBHTH  BHCHOBOK  JJii  JOBTOCTPOKOBOI
MIEPCTICKTUBH, PEKOMEHTYEThCS IPOBOIUTH aHami3
e(DEeKTUBHOCTI BUTpPAT 3a JIOIMIOMOI'OK0 MOJECII; 3a HasBHOCTI
JOCTAaTHHOT KUTBKOCT1 JaHUX TPO TAIIEHTA.

Peectpauist Ha punky: 2006

[Monynsuia nmamientis y 2016 p.: 14

Sthttps://www.zorginstituutnederland.nl/publicaties/rapport/2007/05/21/galsulfase-naglazyme-bij-syndroom-van-maroteaux-lamy

26




Tancynvpaza ona aikysanns nayienmis 3 mykononicaxapuooszom VI muny, 01.09.2022

BinmkonyBanHs Ha 0HOTO 3acTpaxoBaHOro mnaiieHTa y 2016
poui: 600 000 eBpo (22 401 900,00 rph)

3aranbHa cyma BiamkoayBaHHsa y 2016 porui: 8 400 000 eBpo
(313 626 600,00 rpH).>

lNancynbda3za (Harnazum) BHeceHa B nepenik 10 HalIopoxInx
JIKapChKHUX 3aC001B 3 TOUKH 30py BiAmKoAyBaHHA y 2016 pori.
Zorginstituut ~ mpoBoAUTH  (MEPE)OIIHKY  JHIIE  TUX
cnenianizoBaHux JI3, sxi cTaHOBIATH (DIHAHCOBUM PUBMK IS
OCHOBHOTO CTpaxyBaHHs a00 SKIIO SIKICTh MEIMYHOI JIOTIOMOT'H
CTAHOBUTH PU3HUK. BUXOJs4un 3 KpUTEpiiB BUSHAUCHHSI PUBUKY
JU1s1 6a30BOTO CTpaxyBaHHsI, HallloHaTbHUM THCTUTYT OXOPOHHU
3I0POB’Sl BUPIIIUB HE MPOBOJUTH IMEPEOLIHKY Trajacyib(azu
(Naglazyme®). YacTtkoBo uepe3 IyKe BUCOKY BapTiCThb Ha
OJIHOTO TIAIlIEHTA Ha PIK, 1Iel opdaHHuM npemnapat 6yiao oOpaHo
IS OLHKH BiJNIOBIZHOCTI BUKOPHCTAHHS. >

IncrutyT Kainiyaux | O1iHKa HE MPOBOUIACH

Ta eKOHOMIYHHX
npocaimxens CIIIA
(Institute for
Clinical and
Economic Review,
ICER)

*01 nopieHI08aAHOCMI 8APMOCMI 8 2PH BKA3AHI 8 NepepaxyHKy 8i0nosiono 0o ogiyiinoco kypcy HBY
cmarnom na 01.08.2022°*

Y 3B'I3Kky 3 BIACYTHICTIO pO3PaxOBaHOIO IHKPEMEHTAJIBLHOTO TOKa3HUKA
e(deKTUBHOCTI BUTpAT 3a pesyibTaTamu ominku OMT opranizamiii iHmux kpain JI3
rajcyiabdasza, ymoBHOBaKEHUM OpPraHOM OYJI0 1I0JaTKOBO MTPOaHaIi30BaHO IMyOTiKaIlii, y
SKUX OIlIHIOBajJach C€KOHOMIYHA JOIUIBHICTh B YacTHHI €(QEKTHUBHOCTI BHUTpPAT
BUKOpUCTaHHS rancynbdazu st nikyBanHs MIIC VI tumy.

V ny6nikanii Brunelli et al., 2017, mo sBusie co00r0 CUCTEMaTUYHMI OIS Ta
€KOHOMIUHY OIlIHKYy rancynbdaszu mns nikyBanas MIIC VI tumy, mocmimkyBaiach
rajicynbdasa y MOPIBHAHHI 3 IHITUMHU METOJIaMHU JIIKyBaHHS (IU1anedo ado BIACYTHICTH
nikyBaHHs). bynmo moOymoBano mojens MapkoBa 3 ypaxyBaHHSM TPhOX YaCOBUX
TOPU30HTIB, MO CTAHOBHIX 6 MicAiiB, 3 1 15 pokiB. Y Mojeni BpaxoByBaJIHUCs JIUIIE
MpsiMi BUTPATH, TOB'I3aH1 3 TEPAII€Io.

AHaJi3 BIUTMBY HA IMMOKa3HUKH OIOJKETY OyB MPOBEACHUM JIS KITBKOCTI TAIlI€HTIB,
K1 Maju ToTpeOy y JIKyBaHHI ranbCcyiabda3oro B bpasunii. 3a pesynpratamu aHami3zy
edexktuBHOCTI BUTpaT Ta KopucHocTi mokasHuk ICER cranoBuB 1 461 22275
opasmibebkux peaniB (10 310 387,72 rpa*) 3a 6 micsmis, 2 062 900,95 6pa3miibCbKUX
peamiB (14 555 829,10 rpa*) 3a 3 poku Ta 2 062 902,71 6pasmnbcpkux peamiB (14 555

Shttps://www.zorginstituutnederland.nl/publicaties/magazine/2018/12/21/zorginstituut-magazine---december-2108
3Shttps://www.zorginstituutnederland.nl/publicaties/brief/2016/10/3 1/galsulfase-naglazyme-bij-mucopolysaccharidose-vi-wijziging-beleid-t-4-dossiers
34 https://bank.gov.ua/ua/markets/exchangerates

33 https://sucupira.capes.gov.br/sucupira/public/consultas/coleta/trabalhoConclusao/viewTrabalhoConclusao.jsf?popup=true&id_trabalho=5498747
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841,52 rpu*) 3a 15 pokiB. BruiuB Ha OrOKET 111 KOTOPTH TMALIIEHTIB CKJIaB MPUOIU3HO
102 munbitonn 6pasunbsebkux peainis (719 712 000,00 rpua™).
HasBHi Ha maHuii MOMEHT JaHi OOMEXEH1, OCKUIbKA OYyJIO BUSIBIICHO JIMILIE OJHE

HEBEJIMKE PaHA0MI30BaHE KIIIHIYHE TOCTIIKEHHS rajacyib(asi.

*0ns nopisH08anocmi 6apmocmi 8 2pH 6KA3AHI 8 NEPepPaxyHKy 8i0N08ioHo 00 oghiyitinoeo kypcy HBY
cmanom na 01.08.2022°°

5) nmani mogo kopekTHOCTI iHdopmanii Mpo HasiBHICTL a00 BiACYTHICTH
€KOHOMIYHMX Ta KJIIHIYHUX IepeBar 3aCTOCYBaHHS JIIKAPCbKOI0 3ac00y NMOPiBHAHO
3 IHIIUM JIIKAPCBKUM 3aco00M a0o0 iHIIOK MeEAUYHOI0 TEeXHOoJOorier (abdo ix
BiZICYTHOCTI), Ha/IaHi 3asIBHUKOM

Bianosigno no mn.7 Iopsaky nepxkaBHa OMT 3a cKOpoOUe€HOIO MPOIETYPOIO HE
nependayae MPOBEICHHS €KCIEPTU3U TOJIAaHUX 3assBHUKOM 3asBH 1 JIOChE, Ha IiJICTaBl
AKUX MOYXHA 3pOOUTH BUCHOBOK MPO KOPEKTHICTh HaIaHOi 1H(OopMaIlii.

4. PexoMeHaalii mox0 BKJIANYEeHHS (BUKJIKYEHHS) JIKapChKOro 3acody 1o (3)
HanioHaJbHOr0 mepeJiiky OCHOBHHMX JIIKAPCbKHUX 3ac00iB Ta (a00) HOMEHKJIATYP
(mepeJaikiB, CHHMCKIB, PeEECTPiB), IO 3aKYNOBYKOTbCH 32 KOIITH [IEeP:KABHOIO
OI0/KeTy VI BUKOHAHHS NPOrpaM Ta 3[iliICHEHHS HEHTPAJi30BaHMX 3aXOdiB 3
O0XOPOHHM 310POB’sl, Ta (200) peKOMeHIAMIl 100 3aCTOCYBAHHS ISl iJIed 0XOPOHH
30POB’Sl JIKAPCHKOIr0 3ac00y, Omjiara, 3aKymniBjs a00 BiAIIKOJYBAaHHS BapTOCTI
SIKOTO0 3IiMCHIOETHCA 3 METOK BHKOHAHHS PErioHAJIBHHUX WiJLOBUX Nporpam 3
OXOPOHM 3/10POB’sl, [0 MOBHICTIO YU YaCTKOBO (PIHAHCYHOTHCH 32 PAXYHOK KOIUTIB
MicueBHuX OI0/1KeTiB, Ta (2a00) pekoOMeHAaNil 010 YKJIaJeHHsI 200 MPOA0BKEeHH il
(mpoJsioHranii) J0roBopiB KEPOBAHOro A0cTyny Ta (a00) iHIi pekoMeHaamii y pasi
HEOOXITHOCTi yXBaJIeHHsI pillieHb B CHCTEMi OXOPOHM 310POB’sl

Cranom Ha 25.07.2022 BignmoBigHo a0 3BepHeHHs MO3 Ykpainu Bix 09.06.2022
Ne25-01/12931/2-22 Tta nucta yrouHeHHs MO3 VYkpainum Big 20.06.2022 No25-
01/13739/2-22 nposeneno nepxaBHy OMT 3a cKOpOUYEHOIO MPOIEAYPOIO JIKAPCHKOTO
3aco0y raincynbdasza s JIIKyBaHHS NAIlEHTIB 3 MyKormoicaxapugo3oMm VI Tuiy.
BigmoBimno mo 1. 22 Tlopsaky BHCHOBOK YIOBHOBXKEHOTO OpraHy Mae
pPEKOMEHTAIIHHNN XapaKTep.

Cranom Ha 01.09.2022 0HOBJIEHO BUCHOBOK YIIOBHOBAXXEHOT'O OpPraHy Ha 3aIlUT y
mactax MO3 Vkpainu Bim 26.07.2022 Ne 25-01/16746/2-22 Tta Bim 08.08.2022 No25-
01/17921/2-22 mono BHeceHHs iHGOpMaIli MPO JOUUIBHICTh YKIAJaHHS JIOTOBOPIB
KEpOBAaHOI'O JIOCTYIY.

HepxxaBaa OMT 3a cKOpOUYEHOIO TIPOIIEYPOIO JTIKAPCHKOTO 3ac00y rancyibdasa 3a
MOKA3aHHIM JIIKYBaHHS MAIIEHTIB 3 MyKomomicaxapuao3oM VI tumy Oyra mpoBeeHa 3a
3BepHeHHSIM MO3 Ykpainu BiAMOBIIHO 10 MAMYHKTY 3 myHKTY 4 moctaHoBu Kabinety
MinictpiB Ykpainu Bix 23.12.2020 Ne 1300, a Takox miamyHkTy 5, 7 myHKTy 8 [lopsiaky
MPOBENICHHS JEP>KaBHOI OIIHKM MEIUYHUX TEXHOJIOTiH, 3aTBEPIKEHOTO IMMOCTAHOBOIO
Kabinety MinictpiB Ykpainu Big 23.12.2020 Ne 1300.

3a pe3yabTaTamMu aHali3y HasgsBHOCTI JIIKAPCHKOTO 3aco0y rajicylbdasa y rary3eBux
cTaHjapTax y cdepl OXOpOHH 370pOB' s YKpaiHU BCTAHOBIICHO, IO JIKAPCHKUN 3aci0

36 https://bank.gov.ua/ua/markets/exchangerates
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rajicyib(aza HassBHUN B YHI(PIKOBAHOMY KJIIHIYHOMY MPOTOKOJI1 IEPBUHHOI, BTOPUHHOT
(cmemianizoBaHoi) Ta TPETUHHOI (BUCOKOCIEIIANI30BaHOT) MEIUYHOI JOMOMOTH
“MYKOITOJIICAXAPUI03 VI TUILY”, 3atBepaxeHoMy HakazoM MO3 Ykpainu Bin
23.02.2015 Ne 90.

3a pe3ynbTaTamMH aHali3y MDKHApPOJHUX TPETUHHUX JIKEpEN TOKAa30BHX JaHUX
3HAMJIEH] PEeKOMEHJallll 1I0JI0 JIIKyBaHHS MyKomnojicaxapunozy VI Tumy, B SKUX
3a3HAYCHO, 10 JJI JIKyBaHHS TaKWX MAI[l€EHTIB PEKOMEHJIO0OBAHO 3aCTOCOBYBATHU
dbepMeHTHY 3aMiCHY Tepamito rajacyibdaszoro (poku myosikamiit - 2012, 2016, 2019 pp.).
Takoxx Oynu 3HaileHi TPEeTUHHI JKepena, B SKAX 3a3HAYEHO, M0 IMpH
mykononicaxapuno3i VI tuny TI'CK moxe 6yTu BapiaHTOM JIiKyBaHHS (POKH MyOJTiKatii
- 2015, 2019, 2021 pp.), oaHaK y 3B’A3KY 3 PU3UKOM CMEPTHOCTI AYy>KE€ BaXKIUBO, 1100
TI'CK npoBojuiacs jullie B yCTaHOBI 3 6aratonpoijibHOI0 KOMaH/I00, SIKa Ma€ J0CBiJ
BezeHHs nauieHTis 3 MIIC VI tumny.

JlonatkoBo OyJ0 3HAWIEHO Ta MPOaHaII30BaHO JOKYMEHT JlemapTaMeHTy OXOpOHU
3nopoB's Apctpaiii, 2020 poxy, B IKOMY 3a3Ha4€Hl YMOBHU Ta BUMOTH JJIsi OTPUMAaHHS
goctyny Tancynbdaszu s JIIKyBaHHS Mykomodjicaxapuno3dy VI tuny y pamkax
[Tporpamu “Jliku, 110 PATYIOTH KUTTSA . B pexoMeHaIisiX onucaHi Mo4yaTkoB1 KpUTepii
OPUMHIATHOCTI, OCTIMHI KpUTEP1l MPUUHATHOCTI Ta KpuTepii npununenns O3 T.

3a pesynbpTaTaMH TOIIYKY BTOPUHHHUX JKepen iH(opmarlii moa0 MOopiBHSIBHOT
KJIIHIYHOT €(peKTUBHOCTI Ta Oe3neKu rajcyiabhasu Ta HalKpamoi miIrpuMyrdoi Teparii
IpH JIIKyBaHHI MyKomnoiicaxapuao3y VI Tumy mpoaHani3oBaHO CHCTEMATUYHHI OIS
Brunelli et al.,2021 (BUCOKOi METOJOJIOTTYHOI SKOCT1). Pe3ynbratu ornsany Brunelli et
al., 2021  3acHOBaHl Ha JIaHUX OJHOTO  24-THKHEBOTO  PaHJIOMI30BaHOTIO,
0araToleHTPOBOT O, MJIAIE00-KOHTPOJIBOBAHOTO, MOIBIHHO-CIIITIOTO TOCTIKEHHAM (pa3u
[II. Tancynsdaza mopiBHAHO 3 MUIaleb0 MPOJEMOHCTpyBajia IOKpalleHHs 3a 12-
XBUJIMHHUM TecToM X001, MD 92,00 metpu (95% CI Bin 12,0 no 172,0, P =0,03). Ha
24 TkHI rpyma rajicyiabdasu nepesepiyBaia rpyiy miamnedo 3a MoKa3HUKOM JTUCTAHITI,
IPOMICHOT IPOTIATOM 6 XBWJIMH ITiJT 4ac 12-XBHIMHHOTO TecTy Xxoapou, MD 53,0 meTpa
(95% CI Bin 16,0 no 90,0, P = 0,007). Takox crocTepiraigocs MOKpamieHHs 3a KUIbKICTIO
IiAHOMIB IO CXOJIax ITi1 9ac 3-XBWJIMHHOTO MmiaioMy mo cxonax, MD 5,7 (95% CI Bix -
0,10 mo 11,50, P = 0,062) y rpymi rancynbdasu nopiBHIHO 3 Tuianebo, ajie pi3HUI He
Oyrna CTaTUCTUYHO 3HAuymloko. Jl0Ka3u 3a BKa3aHMMH TOYKAMH YK€ HU3BKOT SKOCTI.
PesynpraTi moKazanu 3HAYHY PI3HUII0O HA KOPUCTh TPYMU rajicyiabdasu y 3MiHl
eKCKpelii Tiiko3amiHoriikadiB y cedi, MD -227,00 (95% CI Big -264,0 no -190,0)
(moxa3m  HU3BKOI sKocTi). He cmocrepiramocss BiIMIHHOCTEH TMpPU 3aCTOCYBaHHI
rasicynbdazn Ta mianedo 3a HacTymHUMHU KiiHidHUMH Todykamu: ODBI, OXKEJI,
PYXJIMBICTh Cyrio0iB. He cmocrepiramocst icTOTHUX BIAMIHHOCTEH 1010 BUHUKHECHHS
MOoOIYHUX SBUII TPHU JIKYBaHHI rajcyib}a3or Ta miamnedo.

3a pe3ynapTaTaMu TMPOBEJCHOTO TMOIIYKY HE OYyJI0 BHUSBICHO BTOPUHHHUX Ta
MEPBUHHUX JDKEPEN JOKA30BHUX JAHUX MO0 MOPIBHAIBHOT KITHIYHOT €)eKTUBHOCTI Ta
oe3neku rancynbdasu 3 TI'CK qis nikyBanHa mykonosticaxapuno3y VI tumy y nopociux
ta mite. OnmHak Oyma 3HaipeHa mnyoOmikamis S. Turbeville et al., 2011, B sxii
npeacTaBieHl KiiHiuH1 pe3ynabraty nauieHTiB 3 MIIC VI tuny micist TT'CK. YV nanomy
JOCJIIJIPKEHH1 He OYyJI0 OPIBHSAHHS MK 3aCTOCYBaHHSIM (DepMEHTHOI 3aMICHO1 Teparnii Ta
TT'CK npu nikyBanni MIIC VI tuny. 3a nepioa mix 1982 1 2007 pokamu 45 namieHTiB 3
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MIIC VI Tuny otpumamu anorenny TI'CK. Vimosipwicts BmxmBanocTi (95% CI)
ctanoBuna 78% (65-89%) uepes 100 auiB Ta 66% (52-79%) - uepe3 1 1 3 poku. Takum
YUHOM, ICHY€ HeBeNMKUU nocBia 3actocyBaHHs TI'CK nns nikyBaHHS TaKMX MAIIEHTIB.
BpaxoByroun pexomeHaanli TPeTUHHHUX JKepen, B sSKuX 3azHaueHo, mo TI'CK moxe
Oytu BapianToMm JikyBaHHs mnauieHtiB 3 MIIC VI tuny, neobxinmno, mo6 TI'CK
MPOBOJIMIIACS JIMIIIE B YCTaHOBI 3 OaratonpodulbHOK KOMAaHO0I0, SKa Ma€ JOCBIJ
BeneHHs nanieHTiB 3 MIIC VI tuny 3 iHAUBITyaIbHUM MIXO0M JO MAIlIEHTIB.

Pe3ynpraTi aHasizy BIUIMBY Ha NOKAa3HUKU OIOKETYy rajicyibdasud y paMmkax
JII0YOro CLEHApIIo JJisl JIIKYBaHHS KOrOpTH mMaiieHTiB (2 popocnux 1 6 nited) 3a
CTaHJAAPTU30BAHUM MIAX00M cTaHOBIATH 120 348 833,28 rpH, 3a iIHAUBIAYaTI30BaHUM
- 124 109 734,32 rpH. AHani3 BUTpAT Ha OJIHE BBEJICHHS Ta HA PIYHUHN KYpC 3aCTOCYBaHHS
rajicynb(aszu g JIKyBaHHS MyKoroJjicaxapuao3dy VI Tumy Ha oJHOro maijieHTa 3a
3aKyMIBEJIBHOIO I[IHOK 3 OCTAHHHOTO 3aBEPIUICHOT0 TEHAEPY 32 JAHUMH €JIEKTPOHHOT
CUCTEMHU IyOJITYHUX 3aKyniBeab Prozorro, cranoBusaTs 26 326 307,28 rpH 1715 10pOCIOro
narienta Ta 11 282 703,12 rpH Ha OJTHY AUTHHY.

3MoJenbOBaHUI  BIUIMB Ha Omoker raiucyinbdazu Oyjgo TOPIBHIHO 13
PEKOMEH/I0BaHUMHU 3HAYEHHSMHM IIIKaJIW BIUIMBY Ha OIO/KET B YKpaiHi, BIAMOBIIHO J0
aKTyaJli30BaHUX 3HAYEHb PEKOMEH]I0BAHOI IITKAJIM OIIIHKHU BIUIMBY Ha OrO/KET B YKpaiHi
Ha MMIJICTaB1 IaHUX JIEP>KaBHUX BUTPAT Ha JiiKapchki 3acodu y 2021 potii, Ta BCTAHOBIIEHO,
10 TIPU 3aKyIiBil rajicynbdasu, BIUIUB Ha OropkeT Ha | pik mpu 000X Migxonaax a0
po3paxyHKiB Oyzae BeiaukuM (Oinbmie 100 MuTH TpH), ajie MEHIIUM 3a PEKOMEHOBaHE
MIOPOTOBE 3HAUEHHS CTyMeEeHs (DiIHAHCOBOI JOCTYITHOCTI, 1110 CTAHOBUTH 176 MITH TpH.

Takum umMHOM, 3a pe3yapTaTaMu MpoBeaeHoi nep:xkaBHoi OMT 3a ckopodeHOro
IPOIIEYPOI0 BCTAaHOBJICHO, IO Tajlcyib(aza MOPIBHAHO 3 IUIanebo y MAaIlieHTiB 13
Mykomnoiicaxapuao3oM VI tuny mpotsarom 24 THXKHIB MOKpalluia pe3yiabTatd 3a 12-
XBWJIMHHUM TE€CTOM XOJIbOU, TECTOM 3-XBUIMHHOTO MiTHOMY MO CXOJIaX, OJHAK JI0Ka3U
Ty’)Ke HU3bKO1 sKOCTi. Pe3ynbraT moka3zyBajlu 3HAYHY PI3HUII0O HA KOPHUCTh TPYIHU
rajcyiabdasu MopiBHAHO 3 TUIAeb0 y 3MiHI eKCKpeIii TIiKo3aMiHOTIIKaHIB y cedi. He
CIIOCTEpIrajiocss BIAMIHHOCTEM TMpU 3aCTOCYBaHHI rajcyibda3um Ta Iutanedo 3a
HACTYMHUMH KJiHIYHUMUA Toukamu: O®BI1, ®XKEJI, pyxnusicts cyrnob6is. He
CIIOCTEPITaJIoCs ICTOTHUX BIAMIHHOCTEH IMOAO BUHUKHEHHS ITOOIYHUX SIBUIN IIPH
JiKyBaHHI rajcyiabhas3oro Ta mianedo.

BinmosinHo 10 yHiI(IKOBAaHOTO KIIIHIYHOTO MPOTOKONY YKpaiHW Ta peKOMEHaIlii
MDKHApPOJHUX HAYKOBUX TOBAPUCTB BEJCHHS MAIlI€HTIB 13 MyKormoicaxapumao3zom VI
TUITY Tiependavac JTiKyBaHHS (PEPMEHTHOIO 3aMiCHOIO TEPAITi€r0 IPU YMOBI1 BiITTOBITHOCTI1
KPUTEPISM TIOYATKY Teparii Ta KPUTEPisiM OIMIHKK e€(EeKTUBHOCTI (PePMEHTHOI 3aMiCHOT
Teparii.

lancynbdasza Brmtouena y llepenik smikapchkux 3aco0iB, MEIUYHHX BUPOOIB Ta
JOTIOMDKHHUX 3ac00iB JI0 HHMX, IO 3aKYIIOBYIOThCS Ha BHUKOHAHHS BIAMOBIIHUX YTOJ
(moroBopiB), yKIIageHUX 0CO000, YIIOBHOB)XCHOIO HA 31MCHEHHS 3aKyIiBeNb y cdepi
OXOPOHH 3JI0POB’S /i1 BUKOHAHHS MPOrpaM Ta 31IMCHEHHS [IEHTPaJII30BaHUX 3aXO0/1B 3
OXOPOHH 37I0POB’s, IO 3aTBepKeHU moctaHoBoIO0 Kabinery MinicTpiB Ykpainu Big 7
oepesns 2022 p. Ne 216.

Myxkononicaxapuao3 VI Tumy BXoauTh 10 nepeniky piakicHux (opdhaHHUX)
3aXBOPIOBaHb, 3aTBEepKeHOr0 Haka3oM MO3 Ykpainu Big 27.10.2014 Ne 778.
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OTxe, Ha OCHOBI BHILE3a3HAYEHOro Ta 3 ypaxyBaHHsAM KoHuemnuii po3BUTKY
CUCTEMHU HAJlaHHA MEJUYHOI JONOMOTM NAalleHTaM, fAKI CTPaXJarTh HA PIAKICHI
(opdanni) 3axBoproBaHHA, Ha 2021-2026 pokM, 3aTBEPAKEHOI PO3MOPSIIKEHHIM
Kabinery MinictpiB Ykpainu Bix 28.04.2021 Ne 377-p, peKOMEHI0OBAaHO MPOJIOBKUTH
3a0€3MeUeHHs] 3aCTOCYBAaHHS CHEUU(IYHOrO JIIKYBAHHS TalICylb(a3ol0 MAaIIEHTIB 3
MykonodicaxapunozomM VI tuny. ¥V 3B’s13Ky 3 BEIMKMMHU BUTpAaTaMU OIOJ)KETHUX KOIITIB
00O0B’SI3KOBUM € BpaxyBaHHS KPUTEPIiB AJs NPU3HAYCHHS Ta NPUNUHEHHS (PEepMEHTHOL
3aMICHOI Tepamii Ta MOCTIHHUI MOHITOPHUHT 31 300pOM peanbHUX KIIHIYHUX JAHUX IS
OLIIHKY €()EeKTUBHOCTI Teparlii 3a y4acTl MyJbTUAUCIUIUTIHAPHOI KOMaH U (DaxiBIIiB.

Takox BaXJIMBUMU aclieKTaMHu y chepi OXOPOHHU 370pOB’sl € opraHizallis poOoTH
1010 BUSIBJICHHS HOC1iB, TEHETUYHOTO KOHCYJIbTYBaHHS Ta IPEHATAIbHO1 J1arHOCTUKH 3
METOI0 BUSIBJICHHS PU3UKY HAPOKEHHS JIITEH 3 MYKOIOJIICaXapu030M.

Jannii BUCHOBOK Bijg 25.07.2022 6yJi0 OHOBJIEHO ITiciis oTpuMaHHs Jucta MO3
Yxpainu Big 26.07.2022 Ne 25-01/16746/2-22 Ta Big 08.08.2022 Ne25-01/17921/2-22 3
METOI0 BpaxyBaHHs MoJokeHb noctaHoBU Kabinety MinictpiB Ykpainu Big 22.07.2022
Ne 816 “IIpo BHeceHHs 3MiH 10 noctaHoB KaGinety MinictpiB Ykpainu Bia 23 rpyaHs
2020 p. Ne 1300 1 Big 27 ciuns 2021 p. Ne 617 npu nposenenni nepxasHoi OMT 3a
CKOPOYEHOIO TMPOIIEIYpOI0 Ta BHECEHHS Yy BHUCHOBOK YIIOBHOBa)KEHOTO OpraHy 3
nepxkaBHoi OMT 3a CKOpOUYEHOIO TPOIEAYPOI0 JKapChKOro 3acoly raicynbgasa
iHbOopMaIIii Ipo JOIUTBHICTh YKJIaJaHHS JOTOBOPIB KEPOBAHOTO JOCTYITY.

3a pe3ynbTaTaMH aHaji3y BCTAHOBJIEHO, IO BIUIMB Ha OrO/KeT rancynbdasu Ha 1
pik € BenukuM (nepesuinye 100 MIH TpH), ajie MEHIIUM 32 PEKOMEHJIOBAHE MOPOTOBE
3HAYCHHS CTYIEHs (PIHAHCOBOI IOCTYITHOCTI, 1110 CTAHOBUTH 176 MIIH I'pH, BIATIOBIIHO 710
aKTyaJli30BaHUX 3HAYEHb PEKOMEHJIOBAHOI IITKAJIM OIIHKYU BIUIMBY Ha OrO/KET B YKpaiHi
Ha TIJICTaB1 JaHUX JIEpKaBHUX BUTPAT Ha JIIKapchki 3acobu y 2021 porri.

irm Ha rancynbdaly 3a pesyiabTraTamMu TOpriB, mnpoeiaeHux JII «Memuuni
3aKymiBii YKpainu» cranoM Ha jguctonan 2021 poky, mo cranoButh 36 162,51 rpH 3a 1
¢bakoH, € HIXKYOIO 3a LIHU pepepeHTHUX Kpaid Ta kpaid CxXinHoi €Bponu y TpUBHEBOMY
€KBIBaJICHTI.

3a pe3ynbpTaTaMu aHaNi3y pekoMeHpaaiii oprasizamniii 3 OMT iHImMX KpaiH 10710
JKapCchKOro 3aco0y Trancynb(a3za BHUSBICHO HACTYIHY 1H(QOpPMAIIiIO: TMO3UTHBHI
peKoMeHaIli, mpoTe 3 ypaxyBaHHSM BinmoBigHux ymoB - HAS (®panmis), CADTH
(Kanagna); meratuBHi pekomenpaaitii - AOTMIT (Ilonbina); omiHka HE MPOBOAMIACH -
NICE (Benuka bputanis), SMC (Iotnannia), IQWIG (Himeuunna), AIFA (Itamis),
ICER (CHIA), PHARMAC (Hoga 3enanisi); BCTAHOBJICHO JOJaHy KIIHIYHY KOPHCTH,
BKIIFOUYEHO B okpeMy nporpamy - ZIN (Higepnanau), PBAC (ABcTpatis) (3a3Ha4€HO PO
HEMPUIHATHO BUCOKHI 1HKPEMEHTAIbHUHN MOKa3HUK €()eKTUBHOCTI BUTPAT, MOPIBHSIHO 13
HaWKPAIIO MiATPUMYIOUOIO TEPAITI€l0).

Y 3B'I3Kky 3 BIACYTHICTIO pO3PaxOBaHOTO IHKPEMEHTAIBLHOTO TIOKa3HUKA
e(ekTUBHOCTI BUTpAT 3a pe3yiabraramu ouiHku OMT opranizamiil iHmMX kpain JI3
rajicyibdaza, ymnoBHOBaKEHUM OpraHoM OyJo JOAaTKOBO MpOaHaIi30BaHO MyOJIIKaIlito
Brunelli et al., 2017, y skiii oIiHIOBajJach €KOHOMIYHA JOIUIBHICTH B YaCTHHI
e(heKTUBHOCTI BUTpPAT BUKOpPUCTaHHS rancyiabdazu mis gikyBands MIIC VI tuny s
nonyJsiiii bpasunii. 3a pesynbratamu aHanizy e(pEeKTUBHOCTI BUTpPAT y MOPIBHSHHI 3
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BiJIcyTHICTIO JiKyBaHHs noka3HUK [CER cranoBuB 1 461 222,75 Opa3uibCcbkux peaniB
(o 3a oimitinum kypcom HBY ctanom Ha 01.08.2022 exBiBasientro 10 310 387,72 rpH)
3a 6 micsuiB, 2 062 900,95 6pasunbscpkux peanis (110 3a odimiitHum kypcom HBY cranom
Ha 01.08.2022 exBiBaneHTHO 14 555 829,10 rpn) 3a 3 poku ta 2 062 902,71 Opa3uiibCbKUX
peaniB (mo 3a odiuiitaumM kypcom HBY ctanom na 01.08.2022 exBiBanentHo 14 555
841,52 rpH) 3a 15 pokiB. BrimuB Ha Gro/KeT JjIs1 KOTOPTH TMAIIEHTIB CKJIAB MPUOIU3HO
102 minbitoHn Opaswibchbkux peaniB (1o 3a odimiiinum kypcom HBY cranom Ha
01.08.2022 exBiBasientHo 719 712 000,00 rph).

BpaxoBytoun ponatkoBe 3BepHeHHS MO3 mono HagaHHs iHGopmalii npo
JOLIBHICTh YKJIaJJaHHS JIOTOBOPIB KEPOBAHOIO JIOCTYIY 3BEpPTAEMO yBary, IO
nep>kaBHa OMT 3a  ckopoueHOIO TpolLEnypolo He nepeadayae MPOBEIACHHS
(hapMaKOEKOHOMIYHOTO aHaJli3y 1 BUCHOBOK Ma€ IMEBHI OOMEXEHHs, a caMe BIJCYTHI
PE3yNIbTaTH PO3PAXOBAHOTO 1HKPEMEHTAIBHOIO Noka3HuKa epexktuBHocTi BuTpar ICER
(SKIIO JOIIBPHO) Ta PEKOMEHIOBAHUN BIJICOTOK 3HWKKH, HEOOXITHI JJIsl JOCSATHEHHS
e(eKTUBHOCT1 BUTpAT 3riIHO peKoMeHaAoBaHUX rpaHnyHux 3HadeHb ICER B VYkpaini.
3asBieHU JIKapchkuil 3acid rancynbdaza € 1HHOBalIMHUM, BHCOKOBApPTICHHUM,
OJIHO/KEpEIbHUM Ha PUHKY YKpaiHu Ta B CBIiT1, pe3ynbTaTH oiiHok OMT opranizamiii y
IHmUX KpaiHax mono JI3 raicynbdasza, a Takoxk pes3ynbTaTd (papMaKOCKOHOMIYHOTO
aHaiizy B MDKHApOJHIM MpPaKkTHUIl CBIAYaTh MpPO BUCOKI 3HadeHHs mnoka3sHukiB [CER
(MOpiBHSIHO 13  HAWKpamow MIATPUMYIOUOK  TEpaIi€r), 10 IMEePEeBUIIYIOTh
PEKOMEHI0BaH1 FpaHUYH1 3HAYECHHSI.

3a pesynbTaTamMu 3acimaHHs EkcrmepTHOro KOMITETy 3 OIIHKA MEIUYHUX
TexHoJorii [lepkaBHoro mianpueMcTBa «/lepaBHuil ekciepTHUM 1IeHTp MiHicTepCcTBa
OXOPOHM 3J0poB's Ykpainu», mo BigOymock 30.08.2022, Oyno HamaHO HACTYIHI
peKoOMeHIarlii.

lNancynshaza — iHHOBaIIMHUN, BUCOKOBAPTICHHUM, OJHOKEPEIbHUN Mpernapar Ha
puHKy VYKpaiHM Ta y CBITI, NpU3HAYCHUN IS JIKYBaHHS PIAKICHOTO Op(haHHOTO
3axBoproBaHHs Mykormnojicaxapuao3 VI tumy (MIIC VI tuny), 3 HU3BbKUM JOKa30BUM
piBHEM KIIiHIYHOT €(EKTHMBHOCTI Ta BEJIWKHM BIUIMBOM Ha OrokeT. Pazom 3 Tum,
BinmoBigHO 10 KoHIenIii po3BUTKY CUCTEMH HaJaHHS MEAUIHOI JOIIOMOTH TaIliEHTaM,
Kl CTpaxaaloTh Ha pinkicHi (opdanni) 3axBoproBaHHa, Ha 2021-2026 poxku,
3aTBepKeHa po3nopskeHHaM Kabinety MinicTpiB Ykpainu Bin 28.04.2021 Ne 377-p8,
VYkpaiHa B3suia Ha ceOe 3000B’s3aHHS 3a0€3MEUNTH TAIlIEHTaM, SKi CTPaKIalOTh Ha
piakicHi (opdanHi), 6e3nepepBHUI Ta 0€30TIaTHUI JOCTYI 10 HEOOXITHUX JIIKAPCHKUX
3aco0iB. ToMy, 3 MeTOIO parfioHasnizarii BUTpaT OFKETHUX KOIITIB PeKOMEH/IOBAHO:

1) Buznaunt 9iTKi KpuTepii NpuidHATHOCTI pepmMeHTHOT 3amicHOi Teparrii (P3T) Ta
MPUMMHEHHS Tepamii Yepe3 3Ha4YHy HEBU3HAYCHICTHh MO0 BIUIMBY HAa BW)KHBAHICTH 1
SKICTB JKUTTS, BIMIOBITHO /IO KpUTEPiiB mpu3HaueHHs Ta npunuHeHHs O3T. Posrnsaytu
MOJXKJIMBICTh 3alpOBAHKCHHS JOTOBOPY KepoBaHoro noctymy ([IK]I) 3 BuzHaueHuMH i
peleBaHTHUMH KIIIHIYHUMHU TOYKaMH, 110 BKa3yIOTh Ha BIAMOBIIb JI0 Teparii (response
to therapy), npoAOBXEHHS KUTTS, a00 MOKpAIIEHHs HOro sIKocTi. Y pa3i BIACYTHOCTI
JOCTOBIPHUX JAHUX IIOAO0 €(EKTUBHOCTI PEKOMEHAOBaHO Bukimouutu JI3 3
HOMEHKJIATypH.
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HeBusnaueHnocti 110,10 KI1HIYHOT €PeKTUBHOCTI 3acTocyBaHHs JI3 rancynbdaszu nis
nikyBaHHs namieHTiB 3 MIIC VI tuny 6a3yroThcs Ha pe3ysibTaTax JOCTIKEHHS BILUIUBY
rajicyib(a3yu Ha SIKICTh XUTTS NaLIEHTIB, a TAKOX CEPLIEBY Ta JEreHeBy (PyHKIII, sKi
BU3HAYAIOTKCS SIK HE JI0BeieH1. JIoCTOBIpHICTD J10Ka31B MpH OIiHII edekTuBHOCTI JI3 3a
TECTOM X0J1b0U a00 3-XUJIMHHOTO MigiioMy cxoaamu € Hu3bkoto (Brunelli et al.,2021).

2) 3uu3utu 1HiHy Ha 97% ms gopocnux 1 Ha 94,1% nnsa niteid, BpaxoBYIOUH, 1110
BapTICTh JIIKYBaHHsS oAHiel auTuHH JI3 rancynedasza cranoButTh 11,3 MIIH I'pH Ha pIK.
KoncepBaTuBHO puUITyCKaro4y, 110 Tajicyab(a3za Moxke CTBOPUTH 1 piK 10JaHOTO KUTTS
(MOBHICTIO BIJTHOBIIIOE 3/I0POB’Sl TAIllEHTa 3 HYJIBOBOI TMO3HAYKU SIKOCTI KUTTH),
OLIIHOYHUM 1HKpeMEeHTaIbHUI noka3HUK epekTuBHOCTI BUTpat (ICER) Oyne cranoBuTH
11,3 muH rpH (piuHa BapTicTh JikyBaHHs) / 1 QALY (mpumymieHHs 11010 BIUIMBY Ha
3nopos’s) = 11,3 man rpH / QALY. Kpaiine noporose 3nHauenns 5 BBII na ngymry
HacesneHHs 3a naHuMu 2021 poky cranoButh 131 944,00 rpa * 5 = 659 720,00 rpH.
PekoMenpanii 1040 3HAYHOTO 3HMXKEHHS I[IHU KOPENIOITh 3 HETraTUBHUMH
pexkomenaarissmMu iHIIUX OMT opranizartiii:

- ABcCTpaniicbKuil KOHCYJIbTaTUBHUI KoMiTeT 3 ¢apmarneBTuuHux nepesar (PBAC)
— JI3 He pexomMeHJ0BaHO. 3a3HA4YeHO, IO Ha MIJCTaBl HEMPUHHATHO BHCOKOTO
IHKPEeMEHTaJIBbHOTO MOKa3HUKa e(DEeKTHBHOCTI BUTPAT;

- ArentctBo 3 OMT Tta Ttapudnoi cucremu I[lombmi (AOTMiIT) — JI3 He
pPEKOMEHI0BaHO. 3a3HayeHO, MPO 3HAYHE HABAaHTAXKCHHS Ha OIOKET.

3) 3HU3UTH BIUIMB Ha OFOHKET: BAPTICTh JIIKYBaHHS 8-MU MAI[I€EHTIB CTAHOBUTH 120-
124 muH rpH. Takuii BIuMB Ha OFO/KET XapaKTepu3yeThes K “Benukuii”. Llei mokazHuk
€ B 1,38 pasiB BumuM Hik cepenni Butpatu Ha 1 MHH (88 MiH rpH), ane MeHIIMM HiX
pEKOMEHI0BaHe MOPOroBe 3HaUeHHs B 176 MITH TpH.

4) TlpoBomuTH MOHITOPHHT Ta 30ip peaJbHUX [JaHUX IIOAO0 TIOKA3HUKIB
edextuBHOCTI Ta Oe3neku aikyBanHs MIIC VI tuny i3 3actocyBanusam JI3 rancynbdaza
3 TIOAANBIIMM X aHATI30M 3 METOIO0 IMTOBTOPHOI OIIHKKA MEIMYHOI TEXHOJIOT1 Ha OCHOBI
OTPUMAHUX JIaHUX.

5) Ilepernsuytun VYHIiDiKOBaHUN KIIHIYHUHA TPOTOKOJ IEPBHHHOI, BTOPHHHOI
(cmerianizoBaHoi) Ta TPETUHHOI (BHUCOKOCIEIIANMi30BaHOI) MEIUYHOI JOIMOMOTH
«Myxkonomicaxapuno3 VI tumy», 3aTBepmkenoro Hakazom MO3 Ykpaiau Bix 23 110TOTO
2015 p. Ne90, 3 Meroro akTyainizaiii KpUTEpiiB BKIIFOYCHHS/BUKIIOUCHHS MAIlI€HTIB,
noka3HukiB eextuBHOCTI O3T.

5. Indgopmanis 00 CTPOKY /Iii BACHOBKY YIIOBHOBAKE€HOI'0 OPraHy.

BignoBigao mo m. 21 ITlopsiKy BHCHOBOK YIIOBHOBaXXEHOTO OpraHy CTOCOBHO
BIIMMOBITHOT METMYHOT TEXHOJIOT11 BBAXKAETHCS YMHHUM JI0O MOMEHTY MPOBEICHHS HOBO
JIep>KaBHOI OI[IHKA MEUYHOT TEXHOJIOT 1.
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